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A. PERSONAL INFORMATION

Business Address

Business Phone
Fax
E-mail

Citizenship

B. EDUCATION
High School
B.S. Biology

M.S. Microbiology

M.D. Medicine

Board Certification:

Medical Licensure:

Departments of Microbiology, Immunology &
Molecular Genetics (M.I.M.G.);

Pediatrics (Division of Hematology/Oncology);
and Molecular & Medical Pharmacology

The Broad Stem Cell Research Center

University of California, Los Angeles

David Geffen School of Medicine

3163 TLSB, 610 Charles E. Young Drive East

Los Angeles, CA 90095

(310) 794-1964
(310) 206-0356
dkohnl@mednet.ucla.edu

United States

New Trier West-Northfield, IL 1972
University of Illinois-Urbana 1976
University of Illinois-Urbana 1978
“Tumor protease-activated pro-drugs”

University of Wisconsin-Madison 1982
American Board of Pediatric 1988
Wisconsin 1982 - 2021
California 1987-present



C. PROFESSIONAL EXPERIENCE

Present Position:

Distinguished Professor, Departments of Microbiology, Immunology & Molecular
Genetics (MIMG); Pediatrics (Division of Hematology/Oncology); and Molecular and
Medical Pharmacology; David Geffen School of Medicine at UCLA, University of
California, Los Angeles (UCLA). 2009—present.

Previous Positions held:

Teaching Assistant, Department of Microbiology, University of lllinois-Urbana,
1976-77.

Research Assistant, Dept. of Microbiology, University of lllinois-Urbana, 1977-78.
Internship, Department of Pediatrics, University of Wisconsin-Madison, 1982-83.
Residency, Department of Pediatrics, University of Wisconsin-Madison, 1983-85.

Fellowship, Immunology - Dr. R. Michael Blaese, Metabolism Branch (now
Lymphoid Malignancies Branch), National Cancer Institute (NCI), National Institutes
of Health (NIH), Bethesda, MD, 1985-87.

Attending Physician, Bone Marrow Transplantation, Childrens Hospital Los Angeles
1987 — 2008.

Instructor, Department of Pediatrics, University of Southern California School of
Medicine at Division of Research Immunology and Bone Marrow Transplantation,
Childrens Hospital Los Angeles, 1987-89.

Assistant Professor, Departments of Pediatrics and Microbiology, USC School of
Medicine at Division of Research Immunology and Bone Marrow Transplantation,
Childrens Hospital Los Angeles, 1989-1993.

Associate Professor, Departments of Pediatrics and Molecular Microbiology &
Immunology, USC School of Medicine at Division of Research Immunology and
Bone Marrow Transplantation, Childrens Hospital Los Angeles, 1993-1997.

Professor, Departments of Pediatrics and Molecular Microbiology & Immunology,
USC School of Medicine at Division of Research Immunology and Bone Marrow
Transplantation, Childrens Hospital Los Angeles, 1997-2008.

Director, The John Connell Pediatric Gene Therapy Program, CHLA, 1994-2008.

Head, Division of Research Immunology and Bone Marrow Transplantation,
USC KSOM Department of Pediatrics, Childrens Hospital Los Angeles, 2002-2008.

Director of the Gene, Immune and Stem Cell Therapy Program, The Saban
Research Institute of Childrens Hospital Los Angeles, 2002-2008.

Interim Director, The Saban Research Institute, CHLA, 2007.
Director, UCLA Human Gene and Cell Therapy Program, 2009—-2022.



D. Professional Activities

SOCIETY MEMBERSHIPS

American Association for the Advancement of Science — 1978.
Alpha Omega Alpha - 1981.

American Society for Microbiology - 1985.

American Society of Hematology — 1989-present.

Society for Pediatric Research - 1991.

American Society for Transplantation and Cellular Therapy- 1994- present.
American Federation for Clinical Research - 1995.

American Society of Gene and Cell Therapy — 1997 - present
Clinical Immunology Society — 1998 - present

American Pediatric Society — 2005.

European Society of Gene and Cell Therapy — 2008-present
European Society of Immunodeficiencies - 2020

1979 Medical student representative to the University of Wisconsin Medical School
Educational Policy Committee

1993 Editorial Board: Human Gene Therapy 1993-present
1995-99 Member, Medical Biochemistry Study Section, National Institutes of Health

1995 Chair, Subcommittee on Gene Therapy, American Society for Blood & Marrow
Transplantation

1996 Member, Scientific Review Board, National Gene Vector Laboratory
1997 Editorial Board: BLOOD 1997-2003
1997 Member of the Research Council, Childrens Hospital Los Angeles
1998 Patent-5,707,865 “Retroviral Vectors for Expression in Embryonic Cells”
1998 National Gene Vector Laboratories Steering Committee 1998-2008
1997- American Society of Gene and Cell Therapy:
Present Founding member

Chair, Subcommittee on Hematopoietic Stem Cells 1998-2000

Member, Educational Policy Committee 1998-2000

Member, Membership Committee 1998-2000

Member, Board of Directors 1998-2000

Chair, Membership Committee 1999-2001

Chair, Program Committee 2000-2001

Vice President 2001-2002

President-elect 2002-2003

President 2003-2004

Member, Advisory Council, 2004-2009; Chair, 2007-2009

Chair, Nominating Committee 2006

Member, Nominating Committee, 2007

Member, Publications Committee, 2005-2008

Chair, Publications Committee, 2009-2011

Member, Membership Committee, 2009-2011
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Co-organizer, Clinical Trials Training Workshop, 2014

Member, Program Committee; Nominating Committee 2015-16

Member, ASGCT/ISCCR Clinical Trial Training Workshop Organizing
Committee, 2015-16

Member, Governmental Affairs Committee, 2016-2019

Chair, ASGCT Cell Therapy Abstract review committee, 2017

Co-organizer, Clinical Trials Training Workshop, 2017

ASGCT Representative to ISCT Annual Meeting Program Committee, 2017

Co-Chair, ASGCT/FDA Gene Therapy Liaison Meeting, Sept. 13, 2018

Co-Organizer “Value Summit”. Washington DC September 24, 2018

Member, 2019 ASGCT Strategic Planning Workgroup

Abstract Reviewer for Annual Meeting 2019-2024

Member, Nominating and Awards Committee 2020-2024

Member, Education Committee 2020-2024

Recipient, Outstanding Achievement Award, 2022

1999 Member-Institutional Biosafety Committee, CHLA 1999-2004
2000 Editorial Board: Experimental Hematology 2000-2002
2000 Editorial Board: Molecular Therapy 2000-2003
2000 Member-Search Committee for Chair, Department of Pediatrics,
Childrens Hospital Los Angeles/Keck School of Medicine USC

2000 Member, Research Institute Pilot and Feasibility Fellowship Program Childrens
Hospital Los Angeles -2005

2001 Member-National Institute of Health, National Center for Research Resources
— Special Emphasis Panel - NGVL Renewal Contracts

2001 Policy and Admissions Committee — USC KSOM/Caltech MD/PhD and
MSTP Program - 2006

2001 Member, Scientific Advisory Committee, NHLBI Center for Fetal Monkey
Gene Transfer for Heart, Lung and Blood Diseases. California Regional
Primate Research Center, University of California, Davis. 2001-2016.

2002 Editorial Board of Biology of Blood and Marrow Transplantation, 2002-2004

2002 Member, Childrens Hospital Los Angeles, Research Institute Education
Committee —2008

2002 Member, Childrens Hospital Los Angeles, Academic Council — 2002-2009

2003 Member, Advisory Panel for the PID Network Consortium, University of
Washington School of Medicine -2007

2004 Associate Editor for Molecular Therapy, 2004-06

2005 Member, USC Keck School of Medicine, Faculty Research Council 2005-08
2005-07 Faculty Representative, CHLA Grant Management Oversight Committee
2006 Chair, USC Stem Cell Institute Steering and Search Committee

2006-08 Member: USC Embryonic Stem Cell Research Oversight Committee

2006 US Immunodeficiency Network, member of Advisory Panel

2006 Patent 4-30224/GTI 1021 “Gene Therapy by Administration of Genetically
Engineered CD34+ Cells Obtained from Cord Blood”
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2006
2006

2006
2006

2006

2007

2008-
2012

2008-
2024

2008-
2009-
2009-
2009-
2009-
2010-

2010-

2010-
2010-
2015
2015
2010-
2012
2010-
2014

2011
2011-
2018

Member, CHLA Medical Staff Committee

Member, USC University Research Committee (Co-sponsored by Provost and
Academic Senate) 2006-2008

Elected as Active Member, American Pediatric Society (APS)

Member, Review Panel for the Doris Duke Charitable Foundation’s Clinical
Scientist Development Award (CSDA), 2006-201

Co-Chair, Cell and Gene Therapy Committee, Blood and Marrow Transplant
Clinical Trials Network.

Invited presenter, “Trans-NIH Workshop on Overcoming Barriers to Clinical Gene
Therapy”, Bethesda, MD

Member, External Advisory Committee, Northwest Genome Engineering
Consortium, Seattle Children's Research Institute/University of Washington

Member, Primary Immune Deficiency Treatment Consortium (PIDTC)
Steering Committee, Co-PlI

Member, National Gene Vector Biorepository Steering Committee -present
Member, Broad Stem Cell Research Center, UCLA -present

Member, Jonsson Comprehensive Cancer Center, UCLA —present

Member, Molecular Biology Institute, UCLA -present

Member, Advis Comm., Caltech-UCLA Joint Center for Translational Medicine

Co-Organizer, 6™ Annual Stem Cell Conference, Broad Center of Regenerative
Medicine and Stem Cell Research at UCLA.

Co-Organizer, BMT CTN Cell & Gene Therapy Sub-Committee Workshop:

“Status of Clinical Trial on Immunotherapy of B-Lineage Malignancies with CD19
Chimeric Antigen Receptors.” Washington DC May 18, 2010.

Elected Councilor, Clinical Immunology Society - 2013

Member, National Institutes of Health, Office of Biotechnology Assessment,
Recombinant DNA Advisory Committee (RAC). Chair 2013-2015.

Gene Transfer Safety Assessment Board (GTSAB).

Member, Scientific Advisory Committee for PPG P01 CA059350-18,

Michel Sadelain, P.l., Memorial Sloan Kettering Cancer Center.

Member, External Advisory Board for CIRM-funded Disease Team Projects

UCLA (Irvin Chen, Gene Therapy for HIV) and City of Hope (John Zaia, Gene
Therapy for HIV) and CIRM Stem Cell Training Program, COH.

Member, UCLA Task Force on Clinical Testing of Intellectual Property
Member, Data Safety Monitoring Board, UCLA Jonsson Comprehensive
Cancer Center

2011-14 Member, Membership Committee, Clinical Immunology Society

2013-

2013-

2013-
2019

2013-

President-elect, Clinical Immunology Society. Chair, Publication Sub-
Committee

Member, Scientific Advisory Board, HIV Immunotherapeutics Institute,
AIDS Healthcare Foundation
Member, National Institute of Arthritis and Musculoskeletal and Skin

Diseases (NIAMS) Data Safety Monitoring Board for the study, Vascular
Delivery of alpha-Sarcoglycan for LGMD2D, Jerry Mendell, M.D., PI.

Member, Chair, Data Safety Monitoring Committee; EZN-2279
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2020 (Polyethylene glycol recombinant adenosine deaminase [PEG-rADA]),
Sigma-Tau/Leadiant Pharmaceuticals, Inc.

2014-  President, Clinical Immunology Society

2015-  Past President, Clinical Immunology Society
Chair, Publications Committee; Chair, Nominations Committee

2015- UCLA-UCI Alpha Stem Cell Clinic Internal Advisory Committee (IAC)

2015 Member, External Advisory Committee — NHLBI Review of Gene Therapy
Resource Programs. Rockville MD December 11, 2105

2016- Member, External Advisory Board, SCID-NET, a European Commission

2018 Research & Innovation multinational cooperative research group

2017- International Society for Cellular Therapy (ISCT):

2019 Member, Immuno- and Gene Therapy Committee
Member 2018 Annual Meeting Organizing Comm. (ASGCT/ISCT session)

2017 Member, Review Panel for the Doris Duke Charitable Foundation’s Clinical
Scientist Development Award (CSDA).

2017- Member, CIRM Clinical Advisory Panel (CAP) to: Award# DR2-05365.
“A monoclonal antibody that depletes stem cells.” PI: J. Shizuru, Stanford
University.

2018 Member, Bone Marrow Transplant Clinical Trials Network (BMT CTN).
Non-Malignant Disease Committee

2018- Chair, Data Safety Monitoring Board for “Gene Correction of Autologous

present Hematopoietic Stem Cells in Artemis Deficient SCID” from Mort Cowan, M.D.,
U.C.S.F.

2018 Coordinating Reviewer, Abstracts on “Gene Therapy and Transfer” for the
60" ASH Annual Meeting

2018 Member, Advisory Board for the Eli and Edythe Broad Center for
Regenerative Medicine and Stem Cell Research at USC

2018 Panelist, FDA-ASH Sickle Cell Disease Clinical Endpoints Workshop.
“Endpoints for How to Measure Cure” Rockville MD Oct 17-18, 2018.

2019 Member, ad hoc Subcommittee on Genetically-modified HPCs.
Foundation for Accreditation of Cellular Therapy (FACT).
2019 Member, Abstract review committees: ISCT, ASGCT, ESGCT.
2019- Member, California NanoSystems Institute, University of California,
Los Angeles
2019 Member, Data Safety Monitoring Board for “Haematopoietic Stem Cell Gene

Therapy for the Wiskott Aldrich Syndrome (WAS).” Sponsored by Genethon,
Evry France.

2019- Chair, Data Safety Monitoring Board for: Protocol LBI-2279-004, “Single Arm,
Open-Label, Multicenter, Registry Study of Revcovi (elapegademase-Ivir)
Treatment in ADA-SCID Patients Requiring Enzyme Replacement Therapy”,
Leadiant Biosciences Inc, Gaithersburg MD.

2019 Ad hoc reviewer of grant applications to Prinses Beatrix Spierfonds
(Netherlands) and Bloodwise (UK).



2020 Member, Search Committee for Director of the UCLA Eli & Edythe Broad
Center for Regenerative Medicine and Stem Cell Research

2020 Member, Ad hoc Gene Therapy Task Force, Center for International Blood and
Marrow Transplant Research (CIBMTR)

2020 Member, Scientific Advisory Board, Myogene Bio LLC

2020 Member, Scientific Advisory Board, Pluto Immunotherapeutics

2021 Member, Scientific Advisory Board, ImmunoVec

2021 Abstract reviewer, European Society of Gene and Cell Therapy

2021- Member Institute for Genomic Innovation (IGI) Affordability Task Force

2021- Chair, Data Safety Monitoring Board, “Phase I/ll, non-randomised, open
label study of pCCL-Chim-p47 (Lentiviral vector transduced CD34+ cells) in
patients with p47 Autosomal Recessive Chronic Granulomatous Disease
(AR-CGD)”, Great Ormond Street Hospital for Children NHS Foundation Trust

2021- Member, Data Safety Monitoring Board, “TCRa/B* T-cell/CD19* B-cell depleted
hematopoietic grafts and a reduced-intensity preparative conditioning regimen
containing JSP191 to achieve engraftment and blood reconstitution in patients
with Fanconi Anemia; BMT373.” Stanford University.

2022 Ad hoc reviewer for the Doris Duke Charitable Foundation 2022 Clinical
Scientist development Awards

2022 Abstract reviewer. 25" Annual meeting of the American Society of Gene and
Cell Therapy (ASGCT). Hematologic and Immunologic Diseases section.

2022 Ad hoc reviewer for National Heart, Lung and Blood Institute — Division of
Intramural Research -2022 Board of Scientific Counselors Spring Site Visit
Virtual Meeting. April 25-26, 2022.

2022 Member, Cellular, Tissue and Gene Therapies Advisory Committee of the
Food and Drug Administration (FDA)

2023 Co-Organizer (with Dr. Melissa Spencer) Gene & Cell Therapy Mini-Symposium.
UCLA May 15, 2023

E. HONORS AND SPECIAL AWARDS

1971 National Merit Scholarship Semi-Finalist

1972 Edmund J. James Scholar, University of lllinois-Urbana
1980 Advanced with honors, second year of medical school
1981 Advanced with honors, third year of medical school
1981 Elected to Alpha Omega Alpha medical honors society
1981  President of senior medical school class

1982 Harry A. Waisman Award for senior medical student who best demonstrated
interest and ability in academic pediatrics

1988 American Board of Pediatrics



1989

1991

1993

1993

1994

1996-
2001

2000
2004

2008

2011-

2018

2018

2021

2022
2023
2024
2024

Basil O’Conner Starter Fellowship Research Award
March of Dimes Birth Defects Foundation

Junior Faculty Research Award, American Cancer Society
Ross Young Investigator Award, Western Society for Pediatric Research
H. Russell Smith Award for Innovation in Pediatric Biomedical Research

Awarded Endowed Chair in Gene Therapy, Childrens Hospital Los Angeles
Recipient, Elizabeth Glaser Scientist Award, Pediatric AIDS Foundation

Recipient, Doris Duke Distinguished Clinical Scientist Award 2000-2007
USC Mellon Award for Faculty to Faculty Mentoring

Robert M. McAllister Faculty Mentoring Award, from the Department of
Pediatrics, Childrens Hospital Los Angeles, USC Keck School of Medicine

University of Wisconsin Medical Alumni Association — Medical Alumni Citation
Award, April 29, 2011.

Lifetime Achievement Award, the Pediatric Blood & Marrow Transplant
Consortium (PBMTC).

Recipient, 2018 Research Excellence Award from the Inflammation,
Immunology, Infectious Diseases or Transplantation (I3T) Research Program,
David Geffen School of Medicine at UCLA. Los Angeles CA, October 23, 2018.

International Society for Cell Therapy (ISCT) Career Achievement Award in
Cell & Gene Therapy

Outstanding Achievement Award - American Society of Gene and Cell Therapy
Maureen Andrew Mentoring Award - Society for Pediatric Research (SPR)
Founders Medal Recipient — Clinical Immunology Society

2024 Boyle Research Achievement Award, The Immune Deficiency Foundation



E. RESEARCH GRANTS AND FELLOWSHIPS RECEIVED
Present Support

National Institute of Allergy and Infectious Diseases, (R0O1AI152068) “BCL11B activation as an
approach for enhancing the efficacy of immunotherapy”, DBK-Co-I investigator PI C. Parekh,
Childrens Hospital Los Angeles., 02/11/2021-01/12/2026, $2,612 direct costs for UCLA

National Heart, Lung and Blood Institute, University of California, San Francisco (R01
HL161291) "Developing gene therapy strategies to treat alpha thalassemia”. DBK Co-i,
(T. MacKenzie, P.1.), 01/01/2022-12/31/2026, Total Award: $1,185,160

National Heart, Lung and Blood Institute (prime), Boston Children’s Hospital (OT2HL-154815)
“Phase 2 Study of Hematopoietic Stem Cell Gene Transfer Inducing Fetal Hemoglobin in Sickle
Cell Disease”, Co-Investigator (D.A. Williams PI), 2/1/2022-12/31/2024, Total Award $1,039,813

California Institute for Regenerative Medicine (CIRM) (DR3-06945) “Clinical Trial of Stem Cell
Gene Therapy for Sickle Cell Disease”. DBK PI., 7/1/14-6/30/26, $2,364,631 Annual DC.

California Institute for Regenerative Medicine (CIRM) (CLIN2-09339) “Efficacy and safety of
cryopreserved autologous CD34+ HSC transduced with EFS lentiviral vector encoding for
human ADA gene in ADA-SCID subjects”. DBK PI, 02/01/22-06/30/26, $1,466,333 Annual DC

California Institute for Regenerative Medicine (CIRM) (TRAN1-11345) “Autologous MPO Knock-
Out Hematopoietic Stem and Progenitor Cells for Pulmonary Arterial Hypertension”. DBK PI. .
07/01/2022-12/31/24 Total Award $5,207,433.

California Institute for Regenerative Medicine (CIRM) (DISC2-13405). “Hematopoietic Stem Cell
Gene Therapy for a-Thalassemia”. DBK: PI. 09/01/22-08/31/24 Total Award $1,323,007.

California Institute for Regenerative Medicine (CIRM) (TRAN1- 15252) “Hematopoietic Stem
Cell Gene Therapy for X-Linked Agammaglobulinemia” DBK PI. 02/01/2024 — 01/31/26, Total
Award $4,822,285

California Institute for Regenerative Medicine (CIRM) (DISC0-14458) “Overcoming Barriers for
Airway Stem Cell Gene Therapy for Cystic Fibrosis”. Co-Investigator (P.l. B. Gomperts, UCLA),
07/01/2023-12/31/25, Total Award $1,500,000.

California Institute for Regenerative Medicine (CIRM) (DISC2-13415) “Defining the Optimal
Gene Therapy Approach of Human Hematopoietic Stem Cells for the Treatment of Dedicator of
Cytokinesis 8 (DOCKS) Deficiency.” Co-investigator (P.l. C. Kuo, UCLA). Total award:
$1,386,232

California Institute for Regenerative Medicine (CIRM) (CLIN1-14602). “Clinical Translation of
Autologous Regenerative Pluripotent Stem Cell Therapy for Blindness”, Co-Investigator (S.
Schwartz, P.l., UCLA), 6/1/23-5/31/25, Total Award $6,951,922.

California Institute for Regenerative Medicine (CIRM) (TRAN1-15257), “Adenine Base Editing
for Autologous Hematopoietic Stem Cell Gene Therapy of CD38 SCID” Co-Investigator (PI: Z.
Romero Garcia, UCLA), 01/01/2024-06/30/26. Total Award $4,822,285.

California Institute for Regenerative Medicine (CIRM) (CLIN2SACD-1212031, Boston Children’s
Hospital “Phase 2 Study of Hematopoietic Stem Cell Gene Transfer Inducing Fetal Hemoglobin
in Sickle Cell Disease”. UCLA Site PI (D. Williams, P.l., Boston Children’s Hospital) 2/1/2022-
6/30/2026. Total Award: $243,816

California Institute for Regenerative Medicine (C.I.R.M.) (CLIN2SCD-11722) “Transplantation of
CRISPR-CAS9 Corrected Hematopoietic Stem Cells (CRISPR_SCDO001) in Patients with
Severe Cell Disease”. Co-investigator (M. Walters, P.l., UCSF), 2/1/22-1/31/26. Total sub-
contract Award: $810,742




California Institute for Regenerative Medicine (CIRM) (CLIN1-13985).“Development of
TriLeukeVax, an Engineered Autologous Leukemia Vaccine for Stimulating Cytolytic Immune
Responses to Residual Leukemic Stem Cells” Co-Investigator (K Gaensler, Pl, UCSF),
3/01/2022-12/31/24, Total Award $6,000,000.

California Institute for Regenerative Medicine (CIRM) (TRAN1-15230) “Treatment of Danon
disease using ex vivo gene-modified hematopoietic stem cell transplantation” . Co-Investigator
(Eric Adler PI, UCSD) , 01/01/2024-06/30/26, Total award: $5,238,786

California Institute for Regenerative Medicine (CIRM) (DISC2-14130) “A Treatment for Artemis-
deficient Severe Combined Immunodeficiency using Non-Viral CRISPR-driven Safe Harbor
Transgenesis in Hematopoietic Stem Cells” Co-I. (Fyodor Urnov PI, UCB). 10.01.23-9/31/25.

California Institute for Regenerative Medicine (C.I.R.M.), Rocket Pharma.(2022-1116) “Long
term follow-up (LTFU) for gene therapy of leukocyte adhesion deficiency (LAD-1) Phase I/II
clinical study to evaluate the safety and efficacy of the infusion of autologous hematopoietic
stem cells transduced with a lentiviral vector encoding the ITGB2 gene.” (Rocket Pharma Pl),
9/13/2021- 9/12/2026, Total Award $581,558.

Great Ormond Street Hospital NHS Foundation Trust (United Kingdom) “Clinical Gene Therapy
for ADA SCID - Sponsored Research Agreement between UCLA (Kohn Lab) and Great Ormond
Street Hospital”. DBK PI, 10/1/2021-9/30/2024, Total Award: $97,542 a.d.c.

Transformatx Biotherapeutics (SRA 2022) “Development of Lentiviral Vectors for Angelman’s
Syndrome”. DBK PI. 10/01/2023-09/31/24. Total Award: $1,214,606

Immune Deficiency Foundation (IDF) (2023 IDF Michael Blaese Research Grant Award) “Gene
Editing of Hematopoietic Stem Cells to Treat X-Linked Agammaglobulinemia” DBK: P.I..
06/01/2023-05/31/24, total award: $50,000

Canadian Institute of Health and Research (CIHR) (CLP 184944) “A pilot project to demonstrate
feasibility of a Canadian gene therapy clinical trials platform for rare genetic diseases: Gene
therapy for CD36 severe combined immune deficiency.” Role: Co-Investigator (Nicola Wright,
PI, University of Alberta), 3/01/23-02/28/25, total award: $1,795,463

Past Support:
National Institutes of Health (NIH) Cellular and Molecular Biology Training Grant, University of
lllinois, Urbana, Dept. of Microbiology. 1977-78, $12,000.

Wisconsin Clinical Cancer Center Clinical Assistantship, 1979, $2,000.

American Association of Immunologists (AAI) Travel Grant, VI International Immunology
Congress, 1986, $500.

Childrens Hospital of Los Angeles, "Retroviral-Mediated Gene Transfer, Expression in Human
Hematopoietic Cells," PI, 03/01/89-02/28/91, $40,000 Annual DC.

March of Dimes Birth Defects Foundation Basil O’'Conner Starter Fellowship Research Award,
#5-735 "Retroviral-Mediated Transfer Of The Human Glucocerebrosidase Gene" PI, 09/01/89-
08/31/91, $40,000 Annual DC.

National Institutes of Health (1 RO1 Al29125): "Retroviral Vector-Mediated Transfer of the nef
Gene to Inhibit HIV," PI, 10/01/89-09/30/92, $94,587 Annual DC.

American Cancer Society-Junior Faculty Research Award (JFRA-62074): "Gene Transduction
of Hematopoietic Cells" PI, 01/01/91-12/31/93, $32,000 Annual DC.

March of Dimes, (#1-FY92-0551) "Vectors for Optimal Gene Expression After Hematopoietic
Stem Cell Transduction" PI, 07/01/92-06/30/94, $47,273 Annual DC.

National Institutes of Health - RFA Gene Therapy for Cancer, "Cellular Transduction for Drug
Delivery in Cancer” Director (Core), 09/30/92-09/29/94, $55,706, Annual DC.
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Past Support (Continued):

National Institutes of Health (1 PO1 NS26991): "AIDS-Encephalopathy Multiple Disciplinary
Program" (Leslie P. Weiner, Program PI), "Retroviral Vectors to Express HIV Antisense in the
CNS," PI, 01/01/89-12/31/94, $104,546, Annual DC.

National Institutes of Health (RFA 89-Al-19 Al25959): "Development and Delivery of Antiviral
RNA for AIDS" (John A. Zaia, Program PI, $5,675,340), "Anti-HIV Ribozyme Transduction by
Retroviral Vectors," PI, 09/01/90-08/31/95, $90,962 Annual DC.

Pediatric Aids Foundation Stem Cell Gene Therapy with Ribozymes and RRE Decoys PI, 1995-
1996, $100,000 Annual DC.

National Institutes of Health (1RO1DK42694) "Glucocerebrosidase Gene Expression in
Hematopoietic Cells" P |, 09/01/91-08/31/96 $108,221 Annual DC.

National Institutes of Health (1RO1 DK49000) “Modified Retroviral Vectors for Stable Gene
Expression” PI, 10/01/94-09/30/97, $87,974 Annual DC.

National Institutes of Health (CA59318-05) - “Cellular Transduction for Drug Delivery in Cancer”
Dr. Kedes - Program Director, “Modified Retroviral Vectors for Persistent Gene Expression” PlI,
08/11/95 - 05/31/99, $94,318 Annual DC.

National Institutes of Health (1U19AI136606) "Molecular Genetic Interventions for Pediatric Aids.”
Program Leader Dr. G. Nabel “Bone Marrow Gene Therapy for Pediatric AIDS” PI, 09/01/94 -
08/31/98, $224,800 Annual DC.

National Institutes of Health (CA59318-05) “Cellular Transduction for Drug Delivery in Cancer.”
Program Director Dr. Kedes - Vector Production Core, Core Leader, 08/11/95 - 05/31/99,
$71,134 Annual DC.

National Institutes of Health (1U19 A138592) “Transduction of Hematopoietic Stem Cells Using

Ribozymes for AIDS.” Program Director Dr. Zaia “Transduction of Hematopoietic Stem Cells by
Anti-HIV-1 Ribozymes” PI, 09/01/95 - 08/31/99, $116,581 Annual DC.

National Institutes of Health (1 RO1 A141959-01) - “Inactivation of Chemokine Co-Receptors for
HIV-1 Gene Therapy” Co-PI, 09/01/98-08/31/00 $49,020 Annual DC.

National Institutes of Health (1P50 HL54850) - “Specialized Center for Research on
Hematopoietic Stem Cell Biology.”, Director Dr. Parkman, “Stem Isolation and Transduction”
Core PI, 09/30/95 - 09/29/00 $119,455 Annual DC.

Pediatric Aids Foundation - Elizabeth Glaser Scientist Award “Stem Cell Gene Therapy with
Ribozymes and RRE Decoys”, PI 01/01/96-12/31/2000, $119,955 Annual DC.

Leukemia and Lymphoma Society - “Gene Modification of Leukemia Cells to Induce Anti-
Leukemic Immunity” PI, 09/01/97-08/31/01 $97,300 Annual DC.

National Institutes of Health (1 P01 A146030-01) - “Anti-HIV RNA Transduction into Blood Stem
Cells in AIDS” Program Director Dr. J. Zaia, “Anti-HIV-1 Gene Therapy Using Hematopoietic
Stem Cells” PI, 09/01/99-07/31/03 $152,425 Annual DC.

National Institutes of Health (LRO1 DK56287-01) “Modified Retroviral Vectors for HSC Gene
Therapy” PI, 07/01/99-07/20/01 $135,843 Annual DC.

National Institutes of Health (PAR-97-080) “Hematopoietic Stem Cells for Gene Therapy of
Pediatric AIDS” Program Leader G. Nabel - “Novel HIV Therapies: Integrated Preclinical/Clinical
Program, 06/01/98-05/31/02, $150,000 Annual DC.

National Institutes of Health (1R01 DK54566-01). "Gene Therapy for Hurler’'s Disease” PI,
07/01/98-06/3/02 $200,000 Annual DC.
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Past Support (Continued):

National Institutes of Health (PO1 NIH HL-96-002B) “Comprehensive Sickle Cell Center:
Pathophysiology and Treatment of Vascular Occlusion in Sickle Cell Disease” Program Director
Cage S. Johnson - “In Vitro and In Vivo Models of Human Erythropoiesis” PI, 04/01/98-03/31/03
$105,038 Annual DC.

National Institutes of Health (1 R21 DK62649-01) — “Gene Expression in Beta-Cells by Lentiviral
Vectors” PI, 07/01/002-06/30/04 $100,000 Annual DC.

TJ Martell Foundation “Gene Therapy for HIV-1", Pl. Seeger 1/1/3-12/31/03 $79,027 Annual DC.

Immune Deficiency Foundation “Lentiviral vectors using the Wiskott-Aldrich Syndrome protein
promoter” PI, 01/01/01-12/31/03 $50,000 Annual DC.

US Immunodeficiency Network (NO1A1-30070) — “A Site-Specific Gene Therapy Method to
Ameliorate Primary Immune Deficiency” PI, 9/1/04 — 12/31/06 $100,000 Annual DC.

National Institutes of Health (1 PO1 CA59318). “Cellular Transduction in Cancer” Director, Dr. L.
Kedes, PI- Proj “Vector Expression Silencing and Methylation” PI-Core “Vector Development
Core” PI, 07/20/01 — 02/28/07 $254,696 Annual DC.

National Institutes of Health (1 RO1 AlI52798-01) — “Lentiviral Vector Transfer to Hematopoietic
Stem Cells” PI, 06/01/02-05/31/07 $378,035 Annual DC.

National Institutes of Health (1R34 A1069947-01) “Lentiviral Vector for HIV-1", PI, 05/01/06 —
04/30/07 $75,000 Annual DC.

Juvenile Diabetes Research Foundation (17-2006-1137) “Lentiviral Vectors to Characterize Beta
Cell Differentiation, Pl 01/01/07 — 12/31/07 $50,000 Annual DC.

Doris Duke Charitable Foundation, Distinguished Clinical Scientist Award — “Gene Therapy for
Blood Diseases Using Hematopoietic Stem Cells” PI, 12/15/00 — 12/14/07 $274,576 Annual DC.

National Institutes of Health (3 MO1 RR0043-3551) “General Clinical Research Center”
Director Dr. Weinberg, Clinical Gene Therapy Core, Core Director, 12/01/97-11/30/11 $125,000
ADC.

National Institutes of Health (1P50 HL54850) “Specialized Center for Research on
Hematopoietic Stem Cell Biology” Director Dr. Parkman, Core B “Stem Isolation and
Transduction” Core PI, 09/30/95 - 09/29/09 $147,351 Annual DC.

California Institute for Regenerative Medicine (CIRM). “Stem Cell Training Grant” PI, 05/01/06-
04/30/09 $724,493 Annual DC.

California Institute for Regenerative Medicine. Disease Team Planning Grant: “Stem Cell Gene
Therapy for Sickle Cell Disease”. PIl, 08/01/08-01/31/09 $31,110.00Annual DC.

National Institutes of Health (1P50 HL085036) Center for Pediatric Stem/Progenitor Cell
Research” (Director Dr. A Tarantal- UCD); DBK role: Vector Core Leader, 09/29/05 — 08/31/09
$139,733 Annual DC.

Juvenile Diabetes Research Foundation (JDRF #35-2008-622). “Modeling Pancreas from
Human Embryonic Cells”. (Pl: A.Hayek, UCSD). DBK role: Director, Vector Core B. 9/1/08-
8/31/11. $65,000 Annual DC.

California Institute for Regenerative Medicine — Early Translational Award, (TR1-01269) “In
Utero Model to Assess the Fate of Transplanted Cells for Translational Research and Pediatric
Therapies.” (PI: A.Tarantal UC Davis). DBK role: Director, Vector Core. 9/01/09-08/31/12.
$60,000 Annual DC.

12



Past Support (Continued):

Doris Duke Charitable Foundation. 2009 Innovations in Clinical Research Award. “B-globin
Gene Correction in Hematopoietic Stem Cells for Sickle Cell Disease.” PI. 01/01/2010-
12/31/2012. $149,824 Annual DC.

National Institutes of Health-FDA (1 RO1 FD003005-01) — “MND-ADA Transduced CD34+ Cells
for ADA-SCID” PI. 9/30/05 — 2/29/13 $300,000 Annual DC.

National Institutes of Health-NIAID (1 RO1 Al074043) “In Vivo ADA Gene Delivery for the
Treatment of SCID” PI. 06/01/07-05/31/13 $318,011 Annual DC.

California Institute for Regenerative Medicine- Disease Team Award (#DR1-01452) “Stem Cell
Gene Therapy for Sickle Cell Disease” DBK PI. 02/01/10-06/30/14, $1,567,038 Annual
DC.

National Institutes of Health-NCI (1 PO1 CA132681 (PI: D.Baltimore — California Institute of
Technology) “Stem Cell Engineered Tumor Immunity in Man.” DBK role: Project 3 PI:

“Transduction of hematopoietic stem cells for enhanced immunotherapy of melanoma”
04/15/10-2/28/15, $197,214 Annual DC.

National Institutes of Health-NHLBI (2P01 HL073104-01) “Gene Therapy Using Hematopoietic
Stem Cells” Program Director- Donald B. Kohn, 04/01/03-06/31/15, $1,231,885 Annual DC.

National Institutes of Health-NIAID (1 U01 AI087628 (PI: D.Williams — Boston Children’s
Hospital) “Gene Therapy for SCID-X1 using a Self-Inactivating Gammaretroviral Vector.” DBK
role: Clinical Site PI. 5/09/10-8/08/15, $124,219 Annual DC.

Doris Duke Charitable Foundation — 2013 Innovations in Clinical Research Award “Site-Specific
Gene Modification in Hematopoietic Stem Cells for Sickle Cell Disease.” DBK — PI. 09/01/13-
0831/16, $150,000 Annual DC

California Institute for Regenerative Medicine (CIRM) (TR4-06823). “Beta-Globin Gene
Correction of Sickle Cell Disease in Hematopoietic Stem Cells.” DBK PI. 12/01/2013 -
11/30/2016, $398,551 Annual DC.

Social and Scientific Systems, Inc./NIH-NHLBI (CRB-SSS-S-15-004351 1840). “A Phase
I/ll, Non-Randomized, Multicenter, Open-Label Study of GLXCGD (Lentiviral Vector Transduced
CD34+ Cells) in Patients with X-linked Chronic Granulomatous Disease.” DBK PI. 05/01/15-
05/31/17.

Biogen Idec — Sponsored Research Agreement. “Improving Homology Directed Repair (HDR) In
Hematopoietic Stem Cells (HSC).” DBK - PI, 12/15/15-12/14/18.

Doris Duke Charitable Foundation - Collaborations in Sickle Cell Disease “Direct Comparison of
Gene Therapy Approaches to Treating Sickle Cell Disease.” DBK PI, 11/1/16-10/31/17. $33,333

National Institutes of Health-NIAID (U01 AI100801) “EFS-ADA Lentiviral Vector Transduction of
Bone Marrow CD34+ Cells for ADA-SCID.” DBK PI. 8/1/12- 7/31/18, $491,762 Annual DC.

California Institute for Regenerative Medicine (CIRM)/ UCSD (CLIN1-09230). “Ex vivo
transduced autologous human CD34+ hematopoietic stem cells for treatment of cystinosis.”
S.Cherqui PI, Kohn, Co-I. 11/1/16-10/31/18. $275,118 Annual DC.

The Broad Foundation - Innovative Pilot Stem Cell Research Award — “Gene Editing for X-linked
Agammaglobulinemia” DBK - PI, 8/1/17 - 10/31/18 $125,000 direct costs.

California Institute for Regenerative Medicine (CIRM) (CLIN1-08686). “Regeneration of a
Normal Corneal Surface by Limbal Stem Cell Therapy.” S. Deng PI, Kohn Co-I. 8/1/16-
11/30/18. $7,849 Annual DC.
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Past Support (Continued):

California Institute for Regenerative Medicine (CIRM) (TRAN1-08533). “Stem Cell-Based iNKT
Cell Therapy for Cancer.” L.Yang PI, Kohn Co-l. 7/1/16-12/31/18. $348,600 Annual DC.

BioMarin - Sponsored Research Agreement. “Novel Approaches to Gene Therapy for Sickle Cell.”
DBK - P112/19/14-01/31/19 $1,557,092 Annual DC

California Institute for Regenerative Medicine. (CIRM) (DRA2-05309) “Genetic Re-Programming
of Stem Cells to Fight Cancer.” A.Ribas PI, Kohn Co-l. 04/01/14-03/31/20. $721,246 ADC.

California Institute for Regenerative Medicine (CIRM) /JUCSF-CHRCO (TRAN1-09292). “Curing
Sickle Cell Disease with CRISPR-Cas9 Genome Editing.” M.Walters PI, Kohn, Co-I. 4/1/17-
07/31/19. $303,451 Annual DC.

National Institutes of Health-NIAID, University of California, San Francisco (PIl: M.
Cowan) (U54 Al 082973) “Primary Immunodeficiency Treatment Consortium (PIDTC)” DBK:
Co-PI. 9/1/14 - 8/31/19 $ 1,599,566

National Institutes of Health-NIAID, University of California, San Francisco (PI: M. Cowan)
PIDTC Pilot Grant “Hematopoietic Stem Cell Gene Therapy for IPEX” DBK: PI. 9/1/2018 —
8/31/2019 $25,000

U54 Al082973 (Multi-PI: Puck/Kohn) 9/1/2019-8/31/2020 NIH/UCSF  $25,268
Primary Immune Deficiency Treatment Consortium (PIDTC)

National Institutes of Health-NHLBI (SCL0029) “Pre-Clinical Assessment of a Refined B-Globin
Lentiviral Vector to Improve Access to Efficacious Gene Therapy for Hemoglobinopathies”
DBK Pl 11/1/20-7/23/21 $426,771 annual direct costs

National Institutes of Health- NCATS Boston Children’s Hospital (PI: D.A.Williams)
(1TU0O1TRO01814) “Disseminating Curative Biological Therapies for Rare Pediatric Diseases”
DBK Site PI. 9/1/2016-8/31/2021. $154,165 Annual DC.

Avrobio Inc (SRA 2020-0565) “cGMP EFS-CTSN Cell Product for Toxicology Study” DBK PI
9/01/2020-7/29/2021 $190,804 DC

CIRM CLIN1-11497 (PI M. Walters) 06/01/19-05/31/21 - UCSF/Oakland Childrens.
“Curing Sickle Cell Disease with CRISPR-Cas9 genome editing.” Role: Director, GMP cell
processing.

Wiskott Aldrich Foundation (20214167 Research Grant) “Novel Lentiviral Vector for Gene
Therapy for Wiskott Aldrich Syndrome”. DBK PI, 3/15/2021-3/14/2022, $57,995 a.d.c.

ImmunoVec, Inc. (SRA 2021-0024) “Pre-Clinical Studies for Gene Therapy for with Regulated
Lentiviral Vectors”. DBK PI, 5/24/2021-5/24/2022, $201,962 annual direct costs

California Institute for Regenerative Medicine (CIRM) (DISC2-12111) “Hematopoietic Stem Cell
Gene Therapy for X-linked Agammaglobulinemia (XLA)” DBK Pl 01/01/2021-12/31/2021
$182,583 DC

Broad Stem Cell Research Center (BSCRC Innovation Award) “Improving Site-Specific Gene
Insertion in HSC”. DBK PI, 7/1/2021-6/30/2022, Total Award (for all years): $150,000 a,d,c,

California Institute for Regenerative Medicine (C.1.R.M.) (TRAN1-11536) “Ex Vivo Gene Editing
of Autologous Hematopoietic Stem Cells for the Treatment of X-Linked Hyper IgM Syndrome”.
Co-investigator (C. Kuo, P.1.), 02/01/2020 - 07/31/2022, $564,102 annual direct costs

National Institutes of Health- NIAMS, University of Southern California (PI: J Lieberman)
(2RO1AR057076) “The Use of Regional Gene Delivery to Heal Critical Sized Bone Defects”,
DBK: Co-l., 4/1/17-3/31/22, $5,434 Annual DC.
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Past Support (Continued):

UCSF/Oakland Children’s, CIRM CLIN1-11497 (PI M. Walters) “Curing Sickle Cell Disease with
CRISPR-Cas9 genome editing”. Role: Director, GMP cell processing. 06/01/19-05/31/21

California Institute for Regenerative Medicine (CIRM), University of California, San Francisco
(TRAN1-11259) “Developing Engineered Autologous Leukemia Vaccines to Target Residual
Leukemic Stem Cells. Co-investigator” (K Gaensler, P.1.). Total Award $909,107

SCID Angels for Life “IL7Ra Gene Editing for IL7Ra SCID”. DBK PI, 04/01/2022-3/31/2023,
$25,000 annual direct costs

National Institute of Allergy and Infectious Diseases, Boston Children’s Hospital (PIl: SY Pai)
(5U01AI125051-02) “Gene therapy for SCID-X1 with low dose busulfan and a SIN-lentiviral
vector”, DBK Site PI., 9/1/16-6/30/23 $181,590 annual direct costs to UCLA

California Institute for Regenerative Medicine (CIRM) CLIN2 (PI: S. Cherqui) “A Phase 1/2
Study to Determine the Safety and Efficacy of Transplantation with Autologous Human CD34+
Hematopoietic Stem Cells {HSC} from Mobilized Peripheral Blood Stem Cells {PBSC} of
Patients with Cystinosis Modified by Ex Viv o Transduction using the pCCL-CTNS Lentiviral
Vector”. UCLA Role: GMP cell processing, 06/01/2019 - 05/31/23, UCSD $509,029 annual dc

California Institute for Regenerative Medicine (CIRM) (CLIN2-08231). “A Phase I/Il, Non-
Randomized, Multicenter, Open-Label Study of GLXCGD (Lentiviral Vector Transduced CD34+
Cells) in Patients with X-Linked Chronic Granulomatous Disease.” DBK PI. 09/01/15 — 12/31/23.
$7,083,364 total costs.

Jeffrey Modell Foundation “Gene Therapy for CD3delta Severe Combined Immune Deficiency”.
DBK PI, 01/01/2022-12/31/2023, $125,000 annual direct costs

Rocket Pharma (CIRM, prime) (RP-L401-0120) “Gene Therapy for Infantile Malignant
Osteopetrosis (IMO): A Phase | Clinical Trial to Evaluate the Safety and Preliminary Efficacy of
the Infusion of Autologous CD34+ Enriched Cells Transduced with a Lentiviral Vector Encoding
the TCIRG1 Gene”. DBK PI, 11/13/2020-11/12/2024, $254,906 annual direct costs

National Institutes of Health-NHLBI (T32HL086345-11) “Training in Developmental
Hematology,” DBK PI. 4/1/18-5/31/24. $189,933 annual direct costs
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F. SOCIETY MEMBERSHIPS

American Association for the Advancement of Science — 1978.
Alpha Omega Alpha - 1981.

American Society for Microbiology - 1985.

American Society of Hematology - 1989.

Society for Pediatric Research - 1991.

American Society for Transplantation and cellular Therapy- 1994.
American Federation for Clinical Research - 1995.

American Society of Gene and Cell Therapy — 1997.

Clinical Immunology Society - 1998

American Pediatric Society — 2005.

European Society of Gene and Cell Therapy — 2008-present
European Society of Immunodeficiencies - 2020

G. RESEARCH INTERESTS

Gene therapy of genetic diseases of blood cells

Gene transfer and expression in human hematopoietic stem cells

Gene editing in human hematopoietic stem cells

Hematopoietic stem cell transplantation for primary immune deficiencies

H. Sponsor for FDA INVESTIGATIONAL NEW DRUG (IND) PERMITS:

1. BB IND 6753 (Transduction of CD34+ cells from the bone marrow of HIV-1
infected children: Comparative marking by an RRE decoy gene and a neutral gene).
(Closed)

2. BB IND 8556 (Transduction of CD34+ cells from the umbilical cord blood of
infants or the bone marrow of children with adenosine deaminase (ADA)-deficient
Severe Combined Immunodeficiency (SCID). (Accrual completed, in long-term
follow-up through 2027)

3. BB IND 8929 (Retroviral-mediated transfer of the REVM10 and FX genes into
CD34+ cells from the bone marrow of HIV-1 infected children). (Closed)

4. BB IND 15440 (Autologous Transplantation of Bone Marrow CD34+
Stem/Progenitor Cells after Addition of a Normal Human ADA cDNA by the EFS-
ADA Lentiviral Vector for Adenosine Deaminase (ADA)-Deficient Severe Combined
Immunodeficiency (SCID). (Open May, 2013) (Transferred to Orchard Therapeutics,
2018, returned to UCLA 2021).

5. BB IND 16028 (Autologous Bone Marrow Stem Cells (CD34+) Cultured W/
Cytokines; Transduced W/ Self-inactivating (SIN) Lentiviral Vector Expressing
Human B-globin (LENTI/BetaAS3-FB); Following Busulfan). (Open June, 2014)

6. BB IND 16141 (Autologous Bone Marrow Stem Cells (CD34+ Miltenyi CliniMacs)
Cultivated W/ Cytokines; Transduced W/ Self-Inactivating (SIN) Lentiviral Vector
Expressing Human gp91phox (G1XCGD); Following Busulfan) (Open Oct. 2014)
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. POST-DOCTORAL FELLOWS (current - 1):

Aurelian Colamartino, Ph.D. 2022 — BTK Gene Editing for XLA

Previous fellows (37):

Leonard Sender (MD)
Joel Weinthal (MD)
Gay M. Crooks (MD)
Wanda J. Krall (PhD)
Jan A. Nolta (PhD)
Punam Malik (MD)
Mei-Mei Huang (PhD)
Robert Cooper (MD)
Leo Mascarenhas (MD)
Renata Stripecke (PhD)
Stephanie Halene (MD)
Scott Case (PhD)
Steve Rawlings (PhD)
Diana Fan (MD) 2000
Noriko Satake (MD)
Barbara Engel (MD)
Carolyn Lutzko (PhD)
Hiroshi Kobayashi (MD)
Kit Shaw (PhD)

Roger Hollis (PhD)
Christof Kahl (PhD)
Noriko Satake (MD)
Ken Sakurai (MD/PhD)
Satiro De Oliveira (MD)

1988-1989 Glucocerebrosidase (GC) gene expression
1989-1991 GC gene expression in murine bone marrow
1991-1993 Gene transfer to human hematopoietic stem cells.
1993-1995 Regulation of gene from retroviral vectors
1994-1996 Gene transfer into human stem cells
1995-1997 Lineage-directed gene expression, AAV
1995-1997 Gene therapy for Hurler disease,Wiskott-Aldrich
1995-1997 Role of methylation in vector silencing
1996-1998 Gene transfer into human leukemia cells
1995-1999 Immunotherapy of childhood leukemia
1997-2000 Vector expression/silencing
1997-2000 Lentiviral vectors for gene therapy
1999-2000 Vectors encoding HIV inducible apoptosis
2001-2002 Immunotherapy for childhood leukemia
1998-2001 Immune responses and tolerance to transgenes
1998-2001 HIV gene therapy
1999-2004 Lineage specific gene expression
2002—-2004 Gene therapy for lysosomal storage disease
2002-2007 Lineage specific gene expression
2003-2006 Gene transfer to human hematopoietic stem cells
2003-2007 Gene transfer to rhesus CD34+ cells
2005-2007 Immunotherapy of leukemia
2007-2010 Gene expression in human ESC

2008-2010 Immunotherapy of leukemia by myeloid effectors

Francesca Giannoni (PhD) 2008-2010 Immunotherapy for cancer and leukemia

Rafael Ruiz de Assini (PhD) 2010-2011(-globin gene correction for sickle cell disease

Fabrizia Urbanati (PhD)
Sarah Larson (MD)

2010-12 B-globin gene correction for sickle cell disease
2011-2013 - Immunotherapy for Leukemia

Zulema Romero-Garcia (PhD) 2010 -2014 Gene therapy for sickle cell disease

Kismet Baldwin (MD)

2011 - 2014 Gene transfer to human HSC
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Caroline Kuo (MD) 2012 — 2014 Correction of the CD154 gene for X-HIM

Gavin Roach (MD) 2012 — 2014 Clinical trial of sickle cell gene therapy
Carmen Bjurstroem (PhD)  2013-2015 Gene editing in hematopoietic stem cells
Alok Joglekar (PhD) 2013-2014 ZFN editing in HSC

Robert Drummond (MD/PhD) 2015-2017 Correction of the sickle cell mutation
Alexandra Miggelbrink, (MD) 2016-2017 CRISPR-mediated gene correction in HSC

Kathryn Bradford (MD) 2018-2020 Gene editing for Common Variable Immune
Deficiency
Shanna White, M.D. 2020-2022 Gene Therapy for Sickle Cell Disease

J. GRADUATE STUDENTS FOR THE Ph.D. (current - 6)
Mr. Ralph V. Crisostomo (2018- ) Cell cycle and gene editing

Ms. Kevyn Hart (2019- ) Gene therapy for sickle cell disease

Ms. Eva Segura (2019- ) Gene therapy for alpha-thalassemia

Mr. Christopher Luthers (2020-) Gene therapy for X-linked agammaglobulinemia
Ms. Vrishti Sinha* (2023- ) Gene Therapy for DOCK8 Deficiency

Mr. Dylan Smock (2023- ) Novel methods for gene editing in HSC

*Jointly with Caroline Kuo

K. Previous graduate students (24) (degree earned —Institution, Department)

Jan A. Nolta (PhD — USC, Microbiology) - 1994 - Growth of human hematopoietic
stem cells in immune deficient mice

Pia M. Challita (PhD — USC, Microbiology) 1994 - DNA methylation in gene therapy
Ingrid Bahner (PhD — USC, Microbiology) 1996 - Gene therapy for AIDS

Paul Robbins (PhD — USC, Microbiology) 1997 - Expression by modified retroviral
vectors

Sunita Coutinho (MD/PhD — USC, Microbiology/Medicine) 2000 - Lineage-directed
expression by retroviral vectors

Tanja Gruber (MD/PhD — USC, Microbiology/Medicine) 2001 - Dendritic cells for
gene therapy of childhood ALL

Dennis Haas (PhD — USC, Microbiology) 2003- Lentiviral vectors for transduction of
hematopoietic stem cells

Aaron Logan (MD/PhD — USC, Microbiology) 2004 - Immunotherapy for leukemia
Sarah Nightingale (PhD — USC, Microbiology) 2006 — Stable non-viral and viral, non-
stable gene transfer to hematopoietic stem cells

Martina Blumenthal (PhD — USC, Microbiology) 2007 — Leukemia Immunotherapy
Teiko Sumiyoshi (PhD — USC, Microbiology) 2009 —Gene transfer to human HSC by
the Sleeping Beauty transposon.

Christopher Choi (PhD — USC, Microbiology) 2009 — HSC expansion by manipulation
of the beta-catenin pathway.
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Eszter Pais, MD (PhD — USC, System Biology & Disease) 2009—- Pancreatic beta cell
production and expansion

Denise Sarracino (PhD — USC, Systems Biology & Disease) 2009 — Gene therapy
for ADA-deficient SCID.

Alok Joglekar — (PhD — UCLA, Dept. of MIMG), 2013 - Zinc Finger Nucleases for
ADA Gene Correction

Jennifer Wherley — (M.S., UCLA, Dept. of MIMG) 2013 - Gene transfer for sickle
cell disease

Eric Gschweng — (PhD — UCLA, Dept. of MIMG), 2015 - Immunotherapy for cancer
and leukemia

Megan Hoban — (PhD — UCLA, Dept. of MIMG), 2015 - Site-specific nucleases for
sickle cell gene therapy

Aaron Cooper — (PhD — UCLA, Molecular Biology Institute Interdepartmental
Program), 2016 - Vector integromics.

Richard Morgan (MSTP) - (PhD — UCLA, Molecular & Medical Pharmacology),
2019 Lentiviral vectors for gene therapy for hemoglobinopathies

Katelyn Masiuk (MSTP) - (PhD - UCLA, Molecular Biology Institute
Interdepartmental Program), 2019 Hematopoietic stem cell gene therapy
Anastasia Lomova (PhD — UCLA, Molecular & Medical Pharmacology), 2019
Homology-directed gene repair in HSC

David Gray (PhD — UCLA), Immunity, Microbes and Molecular Pathogenesis), 2020
Gene correction for X-linked agammaglobulinemia

Nebula Han (PhD — UCLA, Molecular & Medical Pharmacology), 2021
Improving Titer and Infectivity of Lentiviral Vectors for Gene and Cell Therapy

Ryan Wong (PhD — UCLA, Molecular & Medical Pharmacology), 2021
Bioinformatics-Guided Design of Endogenously Regulated Lentiviral Vectors for
Hematopoietic Stem Cell Gene Therapy

Paul G. Ayoub ((PhD — UCLA, Molecular & Medical Pharmacology) 2023
Lentiviral vectors for gene therapy

12 Visiting students from California State University, Northridge under the California
Institute for Regenerative Medicine (CIRM) CSUN-UCLA Bridges to Stem Cell
Research Program (CIRM TB1-01183, EDUC2-08411):

Behrod Katebian 2010-2011

Anthony Cuccia 2011-2012

Michelle Mojadidi 2013-2014

Joseph Long 2014-2015
Marie Parma 2015-2016
Brian Tulloh 2016-2017
Isaac Villegas 2017-2018
Jason Quintos 2018-2019
Portia EIms 2019-2020
Katherine Orr 2021-2022
Delaram Zare 2022-2023

Andrea Gutierrez 2023-present
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M.

PUBLICATIONS

Peer Reviewed

1.

10.

Kohn DB, Weber MJ, Carl PL, Katzenellenbogen JA, Chakravarty PK. Peptidyl
derivatives of (3H)-aniline as sensitive, stable protease substrates. Anal Biochem
97:269-276, 1979.

Ecanow B, Gold BH, Kohn DB, Ecanow C. The role of inert particles in malignant
transformations: a hypothesis of carcinogenesis. Physiol Chem Phys 11:97-107,
1979.

Trigg ME, Kohn DB, Sondel PM, Chesney PJ. Tracheal aspirate examination for
Pneumocystis carinii cysts as a guide to therapy in Pneumocystis pneumonia. J
Pediatr 102:881-883, 1983.

Kantoff PW, Kohn DB, Mitsuya H, Armentano D, Sieberg M, Zweibel JA, Eglitis
MA, McLachlin JR, Wiginton DA, Hutton JJ, Horowitz SD, Gilboa E, Blaese RM,
Anderson WF. Correction of adenosine deaminase deficiency in human T and B
cells using retroviral gene transfer. Proc Natl Acad Sci (USA) 83:6563-6567, 1986.

Anderson WF, Kantoff P, Eglitis M, McLachlin J, Karson E, Zwiebel J, Nienhuis A,
Karlsson S, Blaese RM, Kohn D, et al. Gene transfer and expression in nonhuman
primates using retorviral vectors. Cold Spring Sym Quant Biol 51:1073-1081, 1986.

Kantoff PW, Billio A, McLachlin JR, Flake AW, Eglitis MA, Moen R, Karlsson S,
Kohn DB, Karson E, Zwiebel JA, et al. Retroviral-mediated gene transfer into
hematopoietic cells. Trans Assoc Am Physicians 99:92-102, 1986.

Kohn DB, Uehling DT, Peters ME, Fellows KW, Chesney PJ. Short-course
amphotericin B therapy for isolated candiduria in children. J of Pediatr 110:310-3I3,
1987.

Kohn DB, Trigg ME, Borcherding W, Hong R. Immunologic studies of lymph node
lymphocytes in the generalized lymphadenopathy syndrome. Am J Pediatr Hem
Onc 9:I-7, 1987.

Kantoff PW, Gillio A, McLachlin JR, Bordignon C, Eglitis MA, Kernan NA, Moen RC,
Kohn DB, Yu S, Karson E, Karlsson S, Zweibel JA, Gilboa E, Blaese RM, Nienhuis
A, O'Reilly RJ, Anderson WF. Expression of human adenosine deaminase in
non-human primates after retroviral mediated gene transfer. J Exp Med
166:219-234, 1987.

Kohn DB, Kantoff PW, Eglitis M, McLachlin JR, Moen RC, Karson E, Zweibel JA,
Nienhuis A, Karlsson S, O'Reilly R, Gillio A, Bordignon C, Gilboa E, Zanjani ID,
Blaese RM, Anderson WF. Retrovirus-mediated gene transfer into mammalian
cells. Blood Cells 13:285-296, 1987.
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11.

12.

13.

14.

15.

16.

17.

18.

19.

20.

21.

Eglitis MA, Kantoff PW, McLachlin JR, Gillio A, Flake AW, Bordignon C, Moen RC,
Karson EM, Zwiegel JA, Kohn DB, et al. Gene therapy: efforts at developing large
animal models for autologous bone marrow transplant and gene transfer with
retroviral vectors. Ciba Found Symp 130:229-246, 1987.

Eglitis MA, Kohn DB, Moen RC, Blaese RM, Anderson WF. Infection of human
hematopoietic progenitor cells using a retroviral vector with a xenotropic
pseudotype. Biochem Biophys Res Comm 151:201-206, 1988.

Fearon ER, Kohn DB, Winkelstein JA, Vogelstein B, Blaese RM. Carrier detection
of Wiskott-Aldrich Syndrome. Blood 72:1735-39, 1988.

Kohn DB, Mitsuya H, Ballow M, Selegue JE, Barankiewicz J, Cohen A, Gelfand E,
Anderson WF, Blaese RM. Establishment and characterization of adenosine
deaminase (ADA)-deficient human T cell lines. J of Immunol 142:3971-77, 1989.

Kohn DB, Kantoff PW. Potential applications of gene therapy. Transfusion 29:812-
820, 1989.

Nolta JA, Kohn DB. Comparison of the effects of growth factors on retroviral
vector-mediated gene transfer and the proliferative status of human hematopoietic
progenitor cells. Hum Gene Ther 3:257-268, 1990.

Nolta JA, Sender LS, Barranger JA, Kohn DB. Expression of human
glucocerebrosidase in murine long-term bone marrow cultures after retroviral
vector-mediated transfer. Blood 75:787-797, 1990.

Lenarsky C, Weinberg K, Petersen J, Nolta J, Brooks G, Annett G, Kohn D,
Parkman R. Autologous bone marrow transplantation with 4-
hydroperoxycyclophosphamide purged marrows for children with acute non-
lymphoblastic leukemia in second remission. Bone Marrow Transplant 6:425-429,
1990.

Ozkaynak MF, Lenarsky C, Kohn D, Weinberg K, Parkman R. Mycobacterium
avium-intracellulare infections after allogeneic bone marrow transplantation in
children. Am J Pediatr Hematol-Oncol 12:220-224, 1990.

Ozkaynak MF, Weinberg K, Kohn D, Sender L Parkman R, Lenarsky C. Hepatic
veno-occlusive disease post-bone marrow transplantation in children conditioned
with busulfan and cyclophosphamide: incidence, risk factors, and clinical outcome.
Bone Marrow Transplant 7:467-474, 1991.

Weinthal J, Nolta JA, Yu X-J, Lilley J, Uribe L, Kohn D. Expression of human

glucocerebrosidase following retroviral vector-mediated transduction of murine
hematopoietic stem cells. Bone Marrow Transplant 8:403-412, 1991.
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24.

25.

26.

27.

28.

29.

30.

31.

Kohn DB, Nolta JA, Weinthal J, Bahner I, Yu XJ, Lilley J, Crooks GM. Toward
gene therapy for Gaucher disease. Hum Gene Ther 2:101-105, 1991.

Bedgood RM, Bahner I, Kohn DB, Stallcup MR. Two different genes coding for
processable and nonprocessable forms of a viral envelope protein can account for
the hormonal stimulation of protein processing in W7MGI lymphoma cells. Mol
Endo 6:459-467, 1992.
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Based Diagnoses and Therapy, “Current Status and Future of Gene Therapy in
PIDD” Seattle, Washington August 2006.

NIH, Gene Therapy Conference, Gene Therapy for Inherited Immune Deficiencies:
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Therapy Using Hematopoietic Stem Cells”, lowa City, lowa April 2007.

100.Chair and Organizer, Educational Section “Topical Review: Retroviruses,
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“Stem Cell Transplantation and Gene Therapy. USC Davidson Center, April 22,
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111.Invited Debator: NIAID Workshop on Improving Cellular Therapy for Primary
Immune Deficiency Diseases. “Gene Therapy or Allogeneic HSCT for SCID?”
Bethesda, MD May 2009.

112.Invited Speaker: American Society of Gene Therapy 12" Annual Meeting, Scientific
Symposium: “Overcoming Key Challenges in Advancing a Clinical Trial through the
Various Phases of FDA Approval. ADA Gene Therapy: the Ten Years War.” San
Diego CA, May 20009.

113. Invited Speaker: UCLA Division of Pediatric Hematology/Oncology Research
Seminar: “Gene Therapy for ADA-Deficient SCID” June 2009.

114. Invited Speaker: Clinical Immunology Society and the American Academy of
Allergy, Asthma and Immunology Consortium Conference on Primary
Immunodeficiency Diseases. “Gene Therapy for Primary Immune Deficiency
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Immunology Societies. “Gene Therapy for Primary Immune Deficiency Diseases”
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Invited Speaker: 11%" International Congress of Inborn Errors of Metabolism.
Opening Presidential Session. “Gene Therapy Using Hematopoietic Stem Cells.”
San Diego CA, August 30, 2009.

Invited Speaker: 5" Annual Sudhir Gupta Endowed Chair in Molecular Immunology
Symposium: Primary Immunodeficiency Diseases: Bench to bedside. “Gene
Therapy in Primary Immunodeficiency.” October 3, 2009.

Invited Speaker: City of Hope Graduate School - Leading Edge Lecture Series.
“Gene Therapy Using Hematopoietic Stem Cells” March 11, 2010.

Invited Speaker: UCLA Jonsson Comprehensive Cancer Center Seminar Series.
“Gene Therapy Using Hematopoietic Stem Cells” March 25, 2010.

Invited Speaker: Chronic Granulomatous Disease Research Trust Sympoisum:
Progress and Prospects for Gene Therapy for CGD and Other Primary
Immmunodeficiencies. “Update on Clinical Trials of Gene Therapy for X-SCID and
ADA-Deficient SCID”, Washington D.C. May 21, 2010.

Invited Speaker: UCLA Science Faculty Research Colloquium Series: “Gene
Therapy Using Hematopoietic Stem Cells”, May 24, 2010.

Invited Speaker: Unveil Sickle Cell 2010 - USC Community Educational Seminar.
“Sickle Cell Disease, Bone Marrow Transplant and Gene Therapy.” Long Beach
CA Sept 11, 2010.

Invited Speaker and Discussion Panel Leader: Novel Therapies for Lysosomal
Storage Disease Symposium, “Bone Marrow Based Gene Therapy for Primary
Immune Deficiency Diseases.” University of Pennsylvania, September 14, 2010.

Invited presenter: UCLA BioBasics/Research Administrators Layman Seminar.
“Treating Diseases with Gene Medicine”. September 22, 2010.

Invited Speaker: Eloise Giblett Memorial Symposium, Department of Hematology,
University of Washington, “Therapy for ADA-deficient SCID.” Seattle WA
September 28, 2010.

Co-Organizer, Invited Speaker/Panelist, FDA Public Workshop on Cell and Gene
Therapy: Clinical Trials in Pediatric Populations, Bethesda MD November 2, 2010.

Invited speaker, UCLA-Cal Tech Medical Scientist Training Program Tutorial
Series, “Gene Therapy Using Hematopoietic Stem Cells” November 6, 2010.
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128. Featured Speaker: UCLA School of Life Sciences — The Year of the New Life
Sciences at UCLA Lecture Series. “Bone marrow stem cells: developing new
therapies in the fight against disease.” January 18, 2011.

129. UCLA Department of Pediatrics Grand Rounds “Hematopoietic Stem Cell
Therapies for Blood Cell Diseases.” January 21, 2011

130. UCLA Department of Neurology Third Annual Neurology Science Day Invited
Speaker: Gene Therapy using Hematopoietic Stem Cells.” January 26, 2011.

131. UC San Diego Program in Gene Therapy Speaker. “Gene Therapy —
Hematopoietic Stem Cell Models” February 7, 2011.

132. Sickle Cell Disease Foundation of California 8" Annual Symposium. Invited
speaker: “Sickle Cell Disease, Bone Marrow Transplant and Gene Therapy.”
Buena Park CA, April 1, 2011.

133. Invited Speaker and Session Chair. Primary Immune Deficiency Treatment
Consortium (PIDTC). First Annual Scientific Workshop. “Gene Therapy for ADA
and X-SCID in the U.S.” April 10, 2011

134. California State Sacramento — Regenerative Medicine Lecture Series. “Going
Viral: Using Viruses and Bone Marrow Stem Cells in the Fight Against Diseases.”
April 19, 2011.

135. Invited Speaker. University of Wisconsin, Madison, Department of Pediatrics
Grand Rounds “Severe Combined Immune Deficiency: Causes, Transplants and
Gene Therapy. “ April 28, 2011. Madison WI.

136. Invited Speaker. Pediatric Academic Societies - Topic Symposium: Treatment of
Pediatric Diseases Using Gene Therapy. “Gene Therapy for Primary Immune
Deficiency Disorders”. May 1, 2011. Denver CO.

137. Invited Presentation. California Institute for Regenerative Medicine: Spotlight on
Disease Team Awards. “Disease Team Project Update: Stem Cell Gene Therapy
for Sickle Cell Disease.” May 4, 2011, Los Angeles CA.

138. Immune Deficiency Foundation National Conference 2011. Invited Speaker.
“‘Hematopoietic Stem Cell Transplants for Primary Immune Deficiency Diseases.”
Scottsdale AZ, June 28, 2011.

139. Clinical Immunology School in Primary Immune Deficiency Diseases. Faculty
Member. Miami Beach FL, August 25-28, 2011.

140. CIRM Grantee Meeting 2011 — Invited Plenary Speaker “Stem Cell Gene Therapy
for Sickle Cell Disease”. September 16, 2011.
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141. ASGCT/NIH Gene Therapy Symposium. Meeting organizer, workshop leader and
invited speaker. “Gene Therapy for Primary Immune Deficiencies: ADA-deficient
SCID, X-SCID and Wiskott-Aldrich Syndrome.” Bethesda MD, August 26-27, 2011.

142. Trans-Atlantic Gene Therapy Consortium — Participant and Invited Speaker.
“Clinical, pre-clinical and pre-pre-clinical trial gene therapy studies.” Brighton
England, October 26-27, 2011.

143. Cedar-Sinai Hospital Center, Department of Pediatric Genetics Grand Rounds.
“Gene Therapy for Blood Cell Diseases.” January 19, 2012.

144. UCLA 8™ Annual Stem Cell Symposium: Stem Cells and Cancer: Shared Paths,
Different Destinations. “Gene Therapy Using Hematopoietic Stem Cells” February
10, 2012.

145. Institute of Medicine of the National Academies — Review of the California Institute
for Regenerative Medicine. Invited presenter. Irvine CA, April 10. 2012.

146. Primary Immune Deficiency Treatment Consortium — Second Annual Scientific
Workshop. “Update on Gene Therapy for ADA-SCID”. , Boston MA April 28, 2012.

147. 2012 Advanced School in Primary Immune Deficiency. Invited speaker “New
Innovations in Gene Therapy”. Chicago IL, May 17, 2012.

148. Clinical Immunology Society 2012 Annual Meeting. Gene and Other New
Therapies — Session Chair and Speaker, Chicago IL, May 20, 2012.

149. Organizer, Invited Speaker and Session Moderator. “Gene Transfer and Rare
Disease Workshop”. NIH Office of Biotechnology Activities and Office of Rare
Diseases Research. Rockville MD, September 13, 2012.

150. D.A. Carbonaro-Sarracino, C.C.I. Lee, X. Jin, A.F. Tarantal, D.B. Kohn. Direct
Intravenous Delivery of the Human ADA Gene by Lentiviral Vectors for In Vivo
Enzyme Replacement Therapy. Poster presented at: The 15th Biennial Meeting of
the European Society for Immunodeficiences. Florence, Italy, October, 2012.
Abstract Number: 178.

151. F. Candotti, K.L. Shaw, R. Sokolic, D. Carbonaro, L. Muul, S. Mishra, E.
Garabedian, P.-Y. Fu, G.J. Jagadeesh, C. Silvin, M.S. Hershfield, R.M. Blaese,
D.B. Kohn. U.S. results of gene therapy for adenosine deaminase deficiency.
Poster presented at: The 15th Biennial Meeting of the European Society for
Immunodeficiences. Florence, Italy, October, 2012. Abstract Number: 692

152. Invited speaker. Indiana University School of Medicine, Medical and Molecular
Genetics Seminar. "Gene Therapy Using Hematopoietic Stem Cells." 10/03/12.
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153. Invited Speaker. “Performing Multi-national Clinical Trials for Rare Disorders.”
ASGCT/ESGCT Early Phase Clinical Trials Training Course. Versailles, France
10/25/12.

154. Invited Speaker and Session Chair. “Gene Therapy for Adenosine Deaminase
Deficient SCID.” Gene and Cell Therapy for PID Parallel Session. ESGCT 20t
Annual Meeting, Versailles, France 10/26/12.

155. Invited presentation. “Gene Therapy: Treating Genetic Diseases by Inserting New
Genes.” Science Speakers Series, Discovery Center for Science and Technology,
Thousand Oak CA. 11/01/12

156. Invited lecture. “Gene Therapy for Genetic Diseases of Blood Cells.” California
State University, Northridge. 11/02/12.

157. Invited Speaker. “Update on Gene Therapy for Primary Immunodeficiences.”
8th Annual Symposium on Primary Immunodeficiency Diseases. Foundation for
Primary Immunodeficiency Diseases, and Division of Basic and Clinical
Immunology, University of California, Irvine. Newport Beach, California, 11/04/12.

158. Invited Speaker: Case Studies of Cell Therapy Clinical Trials: Challenges and
Lessons Learned. “Clinical Cell Therapies at an Academic Medical Center.”
CIRM Workshop on Alpha Stem cell Clinics. Stanford University, Nov. 14, 2012.

159. Invited Speaker. “Gene Therapy Using Hematopoietic Stem Cells.” 11 Annual
Gene Therapy Symposium for Heart, Lung and Blood Diseases. Sonoma CA, Nov
16, 2012.

160. Invited Session Chair and Speaker, “Hematopoietic Stem Cell Gene Therapy - An
Update.” 2013 BMT Tandem Meetings, Salt Lake City, Utah, Feb 14, 2013

161. Invited Speaker. “Gene Therapy Using Hematopoietic Stem Cells.” Molecular
Medicine Research (MMR) Seminar series, Children’s Hospital of Pittsburgh of
UPMC, Pittsburgh, PA, March 5, 2013.

162. Invited Speaker. “Gene Therapy Using Hematopoietic Stem Cells.” Cedars Sinai
Medical Center Hematology/Oncology Grand Rounds. Los Angeles, CA, April 16,
2013.

163. Session Moderator and Invited Speaker “Gene Therapy Update.” Primary Immune
Deficiency Treatment Consortium (PIDTC) Third Annual Scientific Workshop.
Houston, Tx, May 3, 2013.

164. Invited Speaker: “Severe Combined Immune Deficiency — Causes and

Treatments” Southern California Association of Pediatric Hematology/Oncology
Nurses (SCAPHON). Lake Arrowhead, CA, May 10, 2013.
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165. Invited Speaker: “Gene Therapy for Sickle Cell Disease.” Frontiers in Gene &
Molecular Therapies Lecture Series, Department of Pediatrics, Stanford University
School of Medicine. Palo Alto, CA, May 23, 2013.

166. Invited Speaker: “Gene Therapy for Severe Combined Immune Deficiency.”
Department of Pediatrics Grand Rounds. Stanford University School of Medicine.
Palo Alto, CA, May 24, 2013.

167. Invited Speaker: “Gene Therapy Using Hematopoietic Stem Cells” UCLA MSTP
Tutorial Series- Introduction to Biomedical Research Selective, UCLA September
16, 2013.

168. Organizer and Moderator” UCLA Human Gene Medicine 17" Annual Symposium:
“Oncolytic viruses: Killing Cancer by Infection. UCLA September 23, 2013.

169. Invited Speaker: “Hematopoietic Stem Cell Transplantation for Sickle Cell Disease:
Sibs, MUDs, Cords and Genes.” 415t Annual Convention, Sickle Cell Disease
Association of America, Baltimore MD, September 27, 2013.

170. Invited Speaker: “Hematopoietic Stem Cell Transplantation for Sickle Cell Disease:
Sibs, MUDS, Cords and Genes.” Second Annual West Coast Sickle Cell
Conference 2013: Future and Current Concepts in Sickle Cell Disease. Children’s
Hospital Los Angeles, Los Angeles CA. October 11, 2013

171. Invited Session Chair: 7" Stem Cell Clonality and Genome Stability Retreat.
TransAtlantic Gene Therapy Consortium. Madrid, Spain. October 24, 2013

172: Invited presentation: “Gene Therapy for Sickle Cell Disease.” European Society of
Gene and Cell Therapy, Annual meeting. Madrid Spain, October 27, 2013.

173. Invited speaker: “Bone Marrow Transplant and Gene Therapy for Sickle Cell
Disease”. Update on Sickle Cell Disease — 2014. Comprehensive Blood & Cancer
Center, Bakersfield CA, April 26, 2104.

174. Kit L. Shaw, Robert Sokolic, Alejandra Davila, Christopher Silvin, Elizabeth
Garabedian, Satiro de Oliveira, Provaboti Barman, Berkley Brown, Denise
Carbonaro, Sabine Geiger, Suparna Mishra, Monika Smogorzewska, Jayashree
Jagadeesh, Michael S. Hershfield, Alan Wayne, Gay M. Crooks, Theodore Moore,
Fabio Candotti, Donald B. Kohn. Phase Il Clinical Trial of Gene Therapy for
Adenosine Deaminase-Deficient Severe Combined Immune Deficiency (ADA-
SCID). Oral presentation at the 17" annual meeting of the American Society of
Gene and Cell therapy, Washington DC. May 2014.

175. Megan D. Hoban, Alok V. Joglekar, David Gray, Michael L. Kaufman, Michelle Ho,
Zulema Romero, Shantha Senadheera, Gregory J. Cost, Andreas Reik, Michael C.
Holmes, Philip D. Gregory, Roger P. Hollis, Donald B. Kohn. Site-Specific
Correction of the Sickle Mutation in CD34+ Cells Using Zinc Finger Nucleases.
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Oral presentation at the 17" annual meeting of the American Society of Gene and
Cell therapy, Washington DC. May 2014.

176. Hubert B. Gaspar, Karen Buckland, Christine Rivat, Nourredine Himoudi, Kimberly
Gilmour, Claire Booth, Kenneth Cornetta, Donald B. Kohn, Denise Carbonaro, Anna
Paruzynski, Manfred Schmidt, Adrian J. Thrasher. Immunological and Metabolic
Correction After Lentiviral Vector Mediated Haematopoietic Stem Cell Gene
Therapy for ADA Deficiency. Oral presentation at the 17" annual meeting of the
American Society of Gene and Cell therapy, Washington DC. May 2014.

177. Fabrizia Urbinati, Beatriz Campo, Jennifer Wherley, Sabine Geiger, Michael L.
Kaufman, Aaron R. Cooper, Sally Shupien, Zulema Romero, Michelle Ho, Roger P.
Hollis, Donald B. Kohn. Optimization and Characterization of Product Manufacturing
for a Clinical Trial of Gene Therapy for Sickle Cell Disease. Poster presentation at
the 17" annual meeting of the American Society of Gene and Cell therapy,
Washington DC. May 2014.

178. Zulema Romero, Jennifer Wherley, Aaron R. Cooper, Michael L. Kaufman,
Fabrizia Urbinati, Beatriz Campo, Megan D. Hoban, Kismet Baldwin, Shantha
Senadheera, Roger P. Hollis, Donald B. Kohn. Novel Dual Insulated Lentiviral
Vectors Expressing an Anti-Sickling B-Globin Gene. Poster presentation at the 17
annual meeting of the American Society of Gene and Cell therapy, Washington DC.
May 2014.

179. Caroline Y. Kuo, Megan D. Hoban, Alok V. Joglekar, Donald B. Kohn. Targeted
Gene Therapy in the Treatment of X-Linked Hyper-lgM Syndrome. Poster
presentation at the 17" annual meeting of the American Society of Gene and Cell
therapy, Washington DC. May 2014.

180. Kismet Baldwin, Fabrizia Urbinati, Zulema Romero, Michael Kaufman, Beatrice
Campo-Fernandez, Sabine Geiger, Donald B. Kohn. Enrichment of Human
Hematopoietic Stem/Progenitor Cells Increases Transduction Efficiency for Stem
Cell Gene Therapy. Poster presentation at the 17" annual meeting of the American
Society of Gene and Cell therapy, Washington DC. May 2014.

181. Katrin Hacke, Janet A. Treger, Brooke T. Bogan, Valerie Rezek, Munetoshi
Narukawa, Saki Shimizu, Pei-Qi Liu, Andreas Reik, André M. Lieber, Gay M.
Crooks, Donald B. Kohn, Dong Sung An, Scott G. Kitchen, Philip D. Gregory,
Gregory J. Cost, Michael C. Holmes, Noriyuki Kasahara. Combined Preconditioning
and In Vivo Chemoselection with 6-Thioguanine for Selection of Genetically
Modified Hematopoietic Stem Cells. Poster presentation at the 17" annual meeting
of the American Society of Gene and Cell therapy, Washington DC. May 2014.

182. Session Moderator “Update on Gene Therapy” and invited speaker “ADA-SCID

and CGD.” Primary Immune Deficiency Treatment Consortium (PIDTC) Fourth
Annual Scientific Workshop, Seattle WA. May 1 - 3, 2014.
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183. Invited Speaker “Overview of Gene Therapy & Bone Marrow Transplantation for
Primary Immune Deficiency Diseases.” Immune Deficiency Foundation Education
Meeting. Anaheim CA. May 17, 2014.

184. Course Co-chair. American Society of Gene and Cell Therapy, Clinical Trials
Training Course: Lab to Licensure. Washington DC, May 19-20, 2014.

185. Invited presentation. “Gene Therapy for Sickle Cell Disease.” In Scientific
Symposium on Gene Therapy for Genetic & Metabolic Diseases. American Society
of Gene and Cell Therapy, 17" annual meeting. Washington DC, May 21, 2014.

186. Invited presentation. “Gene Therapy for SCID — The American Perspective.”
International Symposium on Gene Therapy vs. Haploidentical Stem Cell
Transplantation- Concepts and Limitations. 40" anniversary of the University
Medical Centre, Ulm Pediatric Stem Cell Transplantation Program. Ulm, Germany,
May 31-June 1, 2014.

187. Invited Speaker. “Stem Cell Gene Therapy for Sickle Cell Disease.” Stem Cell
Meeting on the Mesa. La Jolla, CA. October 8, 2014

188. Invited keynote speaker “Gene Therapy Using Hematopoietic Stem Cells.” Stem
Cell Awareness Day Science Symposium, Sue & Bill Gross Stem Cell Research
Center, University of California, Irvine. October 9, 2014

189. Invited Speaker — “Gene Therapy for Primary Immunodeficiency Disorders: Is
Chronic Granulomatous Disease Ready for Prime-time?” Mini-symposium: New
Developments in the Diagnosis, Treatment and Biology of Chronic Granulomatous
Disease. Children’s Hospital Los Angeles. October 10, 2014

190. Invited speaker. UCLA Children's Discovery and Innovation Institute (CDI)
Scientific Seminar Series 2014-2015. “Gene Therapy Using Hematopoietic Stem
Cells” October 16%", 2014.

191. Invited Speaker - “Gene Therapy Using Hematopoietic Stem Cells”. Dept. of
Pediatrics Grand Rounds, M.D. Anderson Cancer Center, Houston TX. October 20,
2014.

192. Invited Speaker - “Clinical Applications of Integrating Vectors for Gene Therapy”
5th International Conf. on Retroviral Integration, Asilomar, CA. October 26, 2014.

193. Invited Speaker — “Clinical Trial of Stem Cell Gene Therapy for Sickle Cell
Disease.” CIRM and Johnson & Johnson Innovations symposium - Accelerating
Stem Cell Treatments to Patients. San Francisco CA., November 5, 2014.

194. Invited Speaker - “Eliminating SCID Row — new approaches to SCID“ in
Educational Session: Stemware: Stem Cell Therapy for Congenital Blood
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Disorders. 56th ASH Annual Meeting & Exposition, San Francisco, CA., December
6-9, 2014,

195. Invited Speaker. “Gene Therapy for ADA-SCID and the Future of Gene
Manipulation of Inherited Diseases”. The Biennial William T Shearer Innovations in
Primary Immunodeficiency and Clinical Immunology Symposium. Texas Children’s
Hospital. Houston TX, February 7, 2015.

196. Oral Presentation. “Autologous Transplant/Gene Therapy for Adenosine
Deaminase-Deficient Severe Combined Immune Deficiency.” 2015 Pediatric BMT
Program - Best Pediatric Abstracts session. BMT Tandem Meetings, San Diego
CA, February 12, 2015.

197. Invited Presenter. “Gene therapy for adenosine deaminase deficient severe
combined immune deficiency (ADA-SCID).” Clinical Immunology Society 2015
Annual Meeting, Houston TX, April 9, 2015.

198. Invited Speaker, UCLA Molecular Biology Institute Retreat 2015. “Stem Cell Gene
Therapy for Blood Cell Diseases.” UCLA, April 25, 2015.

199. Invited Speaker, PAS Topic Symposium - Cord Blood Stem Cells: Biology, Banking
and Future Pediatric Applications. “Cord Blood Stem Cell Therapy for neonates with
Severe Combined Immunodeficiency Syndrome (SCID).” Pediatric Academic
Societies Annual Meeting, San Diego CA, April 28, 2015.

200. Meeting Co-Organizer and Invited Speaker, 8th Stem Cell Clonality and Genome
Stability Retreat, the TransAtlantic Gene Therapy Consortium. “Gene Editing for
Sickle Cell Disease.” New Orleans, LA, May 11t 2015.

201. Invited Speaker. USC/UCSF/UCLA Tri-Institutional Stem Cell Retreat.
“‘Hematopoietic Stem Cell Gene Therapy.” Santa Barbara CA, May 17, 2015.

202. Invited Speaker. UC San Diego Gene Therapy Symposium Honoring Theodore
Friedmann, MD. “Gene Therapy Using Hematopoietic Stem Cells.” University of
California, San Diego, La Jolla CA, May 20, 2015.

203. Invited speaker. 2nd annual Children’s Discovery & Innovation Institute of UCLA,
Child Health Research Symposium “Gene Therapy for Primary Immune Deficiency
Diseases.” May 28, 2015.

204. Invited Speaker. 2015 American Association of Immunology - Course in
Immunology. “Genetic Approaches to Immune-Mediated Diseases.” Long Beach
CA, July 19, 2015.

205. Invited Speaker. Hematology and Hematopoietic Cell Transplantation Program
Seminar, City of Hope Medical Center. “Gene Therapy Using Hematopoietic Stem
Cells”. Duarte CA, July 14, 2015.
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206. Invited Speaker. Jordan Family Lectureship Series at Children’s Hospital Oakland
Research Institute. “Gene Therapy Using Hematopoietic Stem Cells”. Oakland CA,
August 26, 2015.

207. Invited Speaker. 11" Annual Symposium on Primary Immunodeficiency Diseases.
“Current Status of Gene Therapy for Primary Immune Deficiency Diseases.”
Newport Beach CA, October 4, 2015.

208. Invited Speaker. UCLA Broad Stem Cell Research Center (BSCRC) Cell Seminar.
“‘Hematopoietic Stem Cell Gene Therapy. Los Angeles CA, October 8, 2105.

209. Invited Keynote Speaker. Stem Cell Meeting on the Mesa -10" Annual Scientific
Symposium. “Hematopoietic Stem Cell Gene Therapy.” La Jolla, CA Oct. 9, 2015.

210. Invited Speaker. AABB Annual Meeting 2015 — Scientific Session: Genome Editing
in Regenerative Medicine. “Beta-Globin Gene Correction in HSC for Sickle Cell
Disease.” Anaheim, CA October 24, 2015.

211. Invited Speaker. The Stem Cell Niche and Cancer Microenvironment. “Stem Cell
Gene Therapy for Sickle Cell Disease.” Cedars-Sinai Medical Center, Los Angeles
CA November 14, 2015.

212. Invited Speaker. Life Science Workshop Series 2015. Bayer Health Care. “Gene
Therapy Using Hematopoietic Stem Cells.” San Francisco, CA November 18, 2015.

213. Invited Speaker. American Academy of Allergy, Asthma and Immunology 2016
Annual Meeting. Symposium — What Do | Do with These Abnormal Newborn
Screening Results. “Transplantation Options and Novel Therapies.” Workshop —
“‘Gene Therapy as a Treatment of Primary Immune Defects.” Los Angeles, CA
March 6-7, 2016.

214. Keynote Speaker, CELL-PID and SCID-NET Annual Workshops. “Gene Therapy
for Primary Immunodeficiencies: Results from the USA Experience.” Franciacorta,
Italy, March 13, 2106.

215. Invited Speaker. UC San Diego Division of Regenerative Medicine & CIRM Alpha
Stem Cell Clinics Network, 2" Annual Symposium. “Hematopoietic Stem Cell
Gene Therapy.” La Jolla, CA March 17, 2016.

216. Invited lecturer. SCRM 515: Bringing Stem Cells to the Clinic. “Gene Therapy
Using Hematopoietic Stem Cells”. Keck School of Medicine of USC. Los Angeles
March 30, 2016.

217. Invited Speaker. Clinical Immunology Society 2016 Annual Meeting. Plenary

Session: Gene Therapy/Editing. “Gene Therapy for ADA-Deficient SCID and
Chronic Granulomatous Disease.” Boston, MA. April 15, 2016.
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218. Invited Plenary Speaker and Session Chair. Fourth Annual PBMTC/ASPHO
Educational Meeting: New Frontiers in Allogeneic Stem Cell Transplant. “Gene
therapy for ADA-Deficient SCID and XCGD.” Minneapolis MN May 11, 2016.

219. Meeting Organizer, Primary Immune Deficiency Treatment Consortium 6" Annual
Scientific Workshop and Education Day. Marina del Rey, CA May 18-21, 2016.

220. Invited Speaker, Jeffrey Modell Foundation: Celebrating 30 Years of Hope,
Advocacy and Action. “Gene Therapy for Primary Immunodeficiencies.” Beverly
Hills, CA. June 10, 2016.

221. Meeting Co-Organizer and Invited Speaker, ISSCR/ASGCT Workshop on Clinical
Translation. “Stem Cell Therapy for ADA/SCID.” San Francisco, CA. June 21, 2016.

222. Oral Presentation, Concurrent Session IV: Road to the Clinic. ISSCR Annual
Meeting. “HSC Gene Therapy for ADA-Deficient SCID.” San Francisco, CA. June
25, 2016.

223. Invited presentation. “Gene Therapy Using Hematopoietic Stem Cells.” AMGEN,
Thousand Oaks CA. August 19, 2016.

224. Invited Speaker. International Society of Experimental Hematology 45" Annual
Scientific Meeting. “Gene Therapy for Blood Cell Diseases with Autologous
Hematopoietic Stem Cells.” San Diego CA, August 26, 2016.

225. Invited Speaker. “Gene Therapy Using Hematopoietic Stem Cells.” University of
Texas South Western, Department of Pediatrics Grand Rounds. Dallas TX,
September 14, 2016.

226. Invited Speaker. “Bone Marrow Transplant and Gene Therapy for Sickle Cell
Disease.” Fifth Annual West Coast Sickle Cell Nurses Conference. Children’s
Hospital Los Angeles. September 22, 2016.

227. Invited Plenary Speaker. “Gene Therapy for Sickle Cell Disease.” International
Society for Cellular Therapy North America 2016 Regional meeting. Memphis TN,
September 30, 2016.

228. Meeting Co-organizer and Session Chair, 9th Stem Cell Clonality and Genome
Stability Retreat. Florence, Italy, October 17-18, 2016.

229. Invited Plenary Presentation: “Gene Therapy for ADA SCID and XCGD.”
European Society of Gene and Cell Therapy, Florence, Italy, October 20, 2016.

230. Invited Speaker, “Gene Therapy Using Hematopoietic Stem Cells.” U.C.L.A.

Division of Pediatric Hematology/Oncology Research Seminar, Los Angeles CA,
November 29, 2016.
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231. Invited Speaker, “Gene Editing in Human Hematopoietic Stem Cells.” Developing
Gene Editing as a Therapeutic Strategy. Banbury Center, Cold Spring Harbor
Laboratory, Cold Spring Harbor, NY December 11-14, 2016.

232. Invited Speaker, “Hematopoietic Stem Cell Gene Therapy: Progress and
Challenges” at Transforming Medicine: Innovation and Discovery at The Broad
Stem Cell Research Centers. UCLA 13" Annual Stem Cell Symposium. Los
Angeles CA, February 3, 2017

233. Invited Speaker, “Hematopoietic Stem Cell Gene Therapy: Progress and
Challenges”. UCLA Children’s Discovery and Innovation Institute - Scientific
Seminar Series. Los Angeles CA, February 16, 2017.

234. Invited Lecturer. “Hematopoietic Stem cell Gene Therapy: from Concept to
Licensure.” In “Bringing Stem Cell to Clinics" SCRM 515. Department of Stem Cell
Biology and Regenerative Medicine at the Keck School of Medicine of USC. April
85, 2017.

235. Invited Feature Speaker. “Ex vivo Gene Therapy Using Hematopoietic Stem Cells”
MaxCyte Dinner Symposium at ASGCT - Cell & Gene Therapy Insights.
Washington, D.C., May 10, 2017.

236. Invited Presentation. “Update on Gene Therapy for ADA SCID.” Primary Immune
Deficiency Treatment Consortium. 7th Annual Scientific Workshop. Bethesda MD
May 25, 2017.

237. Invited Presentation. “Advances in Primary Immunodeficiency: Is It All In The
Genes?” Immune Deficiency Foundation 2017 National Conference. Anaheim CA,
June 16, 2017.

238. Invited Presentation. “Gene Therapy for Adenosine Deaminase Deficient SCID.” In
Special SCID and SCID Variant Symposium. Immune Deficiency Foundation 2017
National Conference. Anaheim CA, June 16, 2017.

239. Invited Presentation. “Update on Bone Marrow transplantation and Gene Therapy
for Primary Immune Deficiency Diseases.” Clinical Immunology Society. Update in
Primary Immune Deficiency for the Practicing Clinician. Anaheim CA, June 17,
2017.

240. Invited Speaker. “Medical Applications of CRISPR.” 2017 CRISPR Workshop:
Practical Aspects of Precision Biology. UC Berkeley/UCSF. Berkeley CA, July 14,
2017.

241. Invited Speaker. “Genetic Approaches to Immune-Mediated Diseases.” American

Association of Immunologists - Introductory Course in Immunology. Los Angeles,
CA, July 16, 2017.
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242. Invited Plenary Speaker. “Use of Gene Editing to Treat Inherited Disease.” Asian
Society for Pediatric Research. Aberdeen, Hong Kong, October 6, 2017.

243. Invited Speaker. “Gene Therapy for Adenosine Deaminase (ADA) Deficient Severe
Combined Immunodeficiency (SCID). Asian Society for Primary Immune
Deficiencies. Aberdeen, Hong Kong, October 6, 2017.

244. Invited Speaker: State of the Clinical Science and Case Study — Hematology.
Workshop on Innovation in Regenerative Medicine: Focus on Adult Stem Cells.
NIH/FDA. Bethesda MD, December 6-7, 2017.

245. Invited Speaker. “Gene Therapy Approaches to Sickle Cell Disease.” UCLA
Molecular Biology Institute Interdisciplinary Program annual retreat. Ventura CA,
March 17, 2018.

246. Invited Speaker. National Institute of Allergy and Infectious Diseases, NIH Grand
Rounds. “Gene Therapy for Adenosine Deaminase-Deficient Severe Combined
Immune Deficiency.” Bethesda MD, April 6, 2018.

247. Invited Keynote Speaker. SCIDNet annual meeting. “Gene Therapy for ADA
SCID.” London, UK, April 9, 2018.

248. Invited Speaker. Genethon. “Gene Therapy for Sickle Cell Disease” Evry, France,
April 11, 2018.

249. Invited Keynote Speaker. Net4CGD annual investigators meeting. “The U.S. Trial
of Gene Therapy for XCGD.” Evry, France, April 12, 2018.

250. Meeting Organizer, International Society of Cellular Therapy (ISCT); Plenary
Session Chair: “Gene Editing in Hematopoietic Stem Cells”; Invited Speaker,
Breakout session “Gene Editing in Hematopoietic Stem Cells”, Montreal Canada,
May 5, 2018.

251. Invited presentation, “Hematopoietic Stem Cell Gene Therapy for IPEX Disease.”
Primary Immune Deficiency Workshop. Philadelphia PA, May 10, 2018.

252. Invited presentation, “Gene Therapy for X-linked Chronic Granulomatous Disease”.
Clinical Trials Spotlight session, American Society of Gene and Cell Therapy 215t
Annual Meeting. Chicago IL, May 17, 2018.

Posters at the Clinical Immunology Society Annual Meeting 2018:
Kuo, CY, Puck, JM, Logan BR, Haddad, E, Cuvelier, GDE, Yin Z, Prockop SE, Buckley, R,
Griffith LM, and Kohn DB. Adenosine Deaminase (ADA)-Deficient Severe Combined Immune

Deficiency (SCID): Analysis of Cases Enrolled in Protocols of the Primary Immune Deficiency
Treatment Consortium (PIDTC). J Clin Immunol 38:342, 2018.
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Kohn DB, Shaw KL, Garabedian E, Carbonaro-Sarracino DA, Moore TB, De Oliveira S, Crooks
GM, Tse J, Shupien S, Terrazas D, Davila A, Icreverzi A, Yu A, Barman P, Coronel M, Datt J,
Campo B, Hollis R, Reeves L, Cornetta K, Sokolic R, Thrasher A, Gaspar HB, and Candotti F.
Gene Therapy for Adenosine Deaminase-Deficient Severe Combined Immunodeficiency (ADA
SCID) with a Lentiviral Vector. J Clin Immunol 38:364, 2018.

253. Keynote Address. “Gene Editing in Hematopoietic Stem Cells.” FASEB Conference -
Genome Engineering: Cutting Edge Research and Applications. Florence, Italy, June 27, 2018.

254. Invited presentation: “Gene Therapy for Sickle Cell Disease”. University of California
Hematological Malignancies Consortium Annual Meeting. Irvine CA, September 9, 2018.

255. Invited presentation: “Gene Therapy”, 17th Annual Science Forum-Impactful New Science
for Oncologists: Atrtificial Intelligence, Gene Therapies, New Agents, Diabetes and Cancer,
Immunology And Your Immune Bank. U.S. Oncology. Denver CO, September 14, 2018.

256. Invited presentation Jeffrey Modell Pediatric Translational Immunology Grand Rounds,
“Gene Therapy for Primary Immune Deficiencies” Department of Pediatrics Grand Rounds,
Washington University School of Medicine, St. Louis MO, October 5, 2018.

257. Invited presentation “Gene Therapy Using Hematopoietic Stem Cells”. Award for I3T
Research Excellence. Infectious Diseases or Transplantation (I3T) Research Program,
David Geffen School of Medicine at UCLA. Los Angeles CA, October 23, 2018.

258. Invited Speaker. Cell Symposium: Translation of Stem Cells to the Clinic: Challenges and
Opportunities. “Gene Therapy Using Lentiviral Vectors.” Los Angeles CA. December 3, 2018.

259. Invited speaker. Presidential Symposium: “Completing the Arc in Genomic Therapies”,
60" annual meeting of the American Society of Hematology. "Translating Science to Therapy:
HSC Gene Therapy for ADA SCID." San Diego CA. December 4, 2018.

260. Invited presentation. Presidential Symposium: “Gene Therapy for ADA SCID”,
Transplantation & Cellular Therapy Meetings of ASBMT & CIBMTR 2019. “ASBMT President's
Symposia: Cell and Gene Therapy: The Next Big Challenges.” Houston TX, February
22, 20109.

261. Oral Presentation — Late Breaking Abstract Session: “Effective Lentiviral Gene Therapy for
X-Linked Chronic Granulomatous Disease (X-CGD)”, Transplantation & Cellular Therapy
Meetings of ASBMT & CIBMTR 2019. Houston TX, February 24, 2019.

262. Invited Speaker “Adding and Editing Genes in Hematopoietic Stem Cells”, 13" Colloque de
I'Association de Therapie Genique du Quebec. Montreal, Canada March 14, 2019.

263. Invited Speaker, Cancer and Blood Diseases Institute Seminar Series, Cincinnati
Children’s Hospital Medical Center. “Hematopoietic Stem Cell Gene Therapy.” Cincinnati OH,
Apr. 2, 2019.

Posters at Clinical Immunology Society Annual Meeting, Atlanta GA, April 5, 2019:

1. Kohn, DB, Shaw, KL, Garabedian EK, Carbonaro-Sarracino, DA, Moore TB, De Oliveira S,
Crooks GM, Tse J, Shupien S, Terrazas D, Davila A, Icreverzi A, Yu A, Barman P, Coronel M,
Campo Fernandez B, Zhang R, Hollis R, Uzowuru C, Ricketts H, XuOBayford J, Trevisam V,
Arduni S, Lynn F, Kudari M, Spezzi A, Reeves L, Cornetta K, Sokolic R, Parrott R, Buckley R,
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Booth C, Candotti F, Malech HL, Thrasher AJ and Gaspar HB. Autologous ex vivo lentiviral
gene therapy for the treatment of severe combined immune deficiency due to adenosine
deaminase deficiency.

2. Kohn, DB, Shaw, KL, Garabedian EK, Carbonaro-Sarracino, DA, Moore TB, De Oliveira S,
Crooks GM, Tse J, Shupien S, Terrazas D, Davila A, Icreverzi A, Yu A, Barman P, Coronel M,
Campo Fernandez B, Zhang R, Hollis R, Uzowuru C, Ricketts H, XuOBayford J, Trevisam V,
Arduni S, Lynn F, Kudari M, Spezzi A, Reeves L, Cornetta K, Sokolic R, Parrott R, Buckley R,
Booth C, Candotti F, Malech HL, Thrasher AJ and Gaspar HB. Autologous ex vivo lentiviral
gene therapy for the treatment of severe combined immune deficiency due to adenosine
deaminase deficiency improves B cell function.

264. Roundtable Breakout Session Chair and Presenter: “Gene Therapy”. 2019 Annual
meeting: Immune Deficiency & Dysregulation North American Conference, Atlanta GA April 5,
2109.

265. Invited keynote presentation: “Hematopoietic Stem Cell Gene Therapy for Blood Cell
Disorders” at 4" Annual CIRM Alpha Stem Cell Clinics Network Symposium: Mending Stem
Cells: The Past, Present & Future of Regenerative Medicine, San Francisco CA, April 18, 2019.

266. Invited keynote presentation: “Gene Editing for Primary Immune Deficiency Diseases”.
Primary Immune Deficiency Treatment Consortium, 9" Annual Scientific Workshop 2019. New
York City, NY, May 17, 2019.

267. Invited presentation: “Editing Genes Using CRISPR”, Southern California Genetic
Counselors, 2nd Annual Education Conference: Genetics in the Digital Age: Expansions in
Diagnosis, Treatment, and Social Response. Los Angeles, CA, June 7, 2019

268. Invited speaker: “Gene Therapy for Primary Immune Deficiency Diseases”. The
Immunology, Infection, Inflammation and Translation (I3T) Research Theme, UCLA David
Geffen School of Medicine, Annual Scientific Retreat, Los Angeles CA, June 121, 2019

269. Invited presentation: “Gene Editing in Hematopoietic Stem Cells”, Cellular Therapies
Symposium II: Engineering the Future. UCLA David Geffen School of Medicine, the Division of
Pediatric Hematology/Oncology. Los Angeles CA, June 13, 2019

270. Invited lecture; “Genetic Approaches to Immune-Mediated Diseases.” American
Association of Immunologists (AAI) Introductory Course in Immunology. UCLA Luskin
Conference Center, Los Angeles, CA, July 14, 2019.

271. Invited presentation: “Hematopoietic Stem Cell Gene Therapy for SCID.” California Institute
for Regenerative Medicine, 2019 CIRM Bridges Trainee Meeting, San Mateo CA, July 15, 2019.

272. Invited Plenary Presentation: “Haematopoietic Stem Cell Gene Therapy for Sickle Cell
Disease. At ESGCT 27" Annual Congress, “Gene Therapy Clinical Trials session. Barcelona
Spain, October 24, 2019.

273. Invited Speaker and Session Chair, “Hematopoietic Stem Cell Gene Therapy”. UCLA Dept.

of Molecular & Medical Pharmacology, Annual Retreat, Huntington Beach CA Nov. 2, 2019.
Globin Lentiviral Vectors:
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274. Invited Speaker: “Gene Therapy for Primary Immune Deficiencies”. At 15" Annual
International Symposium on Primary Immunodeficiency: Advances in Molecular Diagnosis and
Treatment. Newport Beach, CA November 16, 2019.

275. Invited Speaker “Introduction to Lentiviral Vectors”. At Think Tank for In Utero Gene
Therapy. San Francisco CA November 18, 2019.

276. Invited Speaker, Session Chair “The Challenges of 3-Globin Lentiviral Vectors”. American
Society of Hematology (ASH) 61% Annual Meeting - Friday Scientific Workshop on Novel
Curative Options: Gene Editing and Gene Therapy for Hemoglobinopathies with a Focus on
Sickle Cell Disease. Orlando FL, November 6, 2019.

277. Kohn DB, Shaw KL, Garabedian E, Carbonaro-Sarracino DA, Moore TB, De Oliveira S,
Crooks GM, Tse J, Shupien S, Terrazas D, Davila A, Icreverzi A, Yu A, Chun KM, Casas CE,
Barman P, Coronel M, Campo Fernandez B, Zhang R, Hollis RP, Uzowuru C, Ricketts H,
Bayford JX, Trevisan V, Arduini S, Lynn F, Kudari M, Spezzi A, Reeves L, Cornetta K, Sokolic
R, Parrott R, Buckley R, Booth C, Candotti F, Malech HL, Thrasher AJ, and Gaspar HB.
Lentiviral Gene Therapy with Autologous Hematopoietic Stem and Progenitor Cells (HSPCs) for
the Treatment of Severe Combined Immune Deficiency Due to Adenosine Deaminase (ADA-
SCID): Results in and Expanded Cohort. Blood 134 (suppl):3345, 2019. American Society of
Hematology (ASH) 61% Annual Meeting, Orlando FL, November 6, 2019.

278. Invited Speaker,”Challenges to Developing Individualized Stem cell Gene Therapies”. US
Food and Drug Administration, Center for Biologics Evaluation and Research, Facilitating End-
to-End Development of Individualized Therapeutics. Silver Spring MD, March 3, 2020.

279. Donald Kohn, Gayatri Rao, Elena Almarza, Dayna Terrazas, Eileen Nicoletti, Augustine
Fernandes, Caroline Kuo, Satiro De Oliveira, Theodore Moore, Ken Law, Brian Beard, Julian
Sevilla, 10, Christina Mesa. A Phase 1/2 Study of Lentiviral-mediated Ex-vivo Gene Therapy for
Pediatric Patients with Severe Leukocyte Adhesion Deficiency-I (LAD-I): Initial Results from the
First Treated Patient J Clin Immunol (2020) 40 (Suppl 1):S1-S163. Presented at Clinical
Immunology Society Annual Meeting, 2020.

280. Meeting abstract selected for presentation: Kohn DB, Rao G, Almarza E, Terrazas D,
Nicoletti E, Ferndandes A, Kuo C, De Oliveira S, Moore T, Law K, Beard B, Sevilla J, Mesa-
Nunez C, Bueren J and Schwartz J. A Phase 1/2 Study of Lentiviral-Mediated Ex-Vivo Gene
Therapy for Pediatric Patients with Severe Leukocyte Adhesion Deficiency-I (LAD-I): Initial
Results from the First Treated Patient. Mol Ther 28 (4S1):56, 2020.

281. Meeting abstract selected for presentation: Kohn DB, Shaw KL, Garabedia E, Carbonaro
DA, Moore TB, De Oliveira SN, Crooks GM, Tse J, Shupien S, Terrazas D, Davila A, Icreverzi
A, Yu A, Chun K, Casas CE, Barman P, Coronel M, Campo Fernandez B, Zhang R, Hollis RP,
Bayford JX, Trevisan V, Arduini S, Lynn F, Kudari M, Uzowuru C, Ricketss H, Spezzi A, Reeves
L, Corentta K, Sokolic RA, Parrott R, Buckley R, Booth C, Candotti F, Malech HL, Thrasher AJ,
and Gaspar HR. Lentiviral Gene Therapy with Autologous Hematopoietic Stem and Progenitor
Cells (HSPCs) for the Treatment of Severe Combined Immune Deficiency Due to Adenosine
Deaminase Deficiency (ADA-SCID): Two Year Follow-Up Results. Mol Ther 28 (4S1):554, 2020.

282. Invited Speaker, “In Vivo Targeting and Gene Modification of HSCs: Lessons from Ex Vivo
Targeting of HSC.” NIH-Bill and Melinda Gates Foundation Scientific Roundtable Meeting —
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Safe and Effective In Vivo Targeting and Gene Editing in Hematopoietic Stem cells: Strategies
for Accelerating Development. May 11, 2020.

283. Session Co-Chair. “Growing Gene and Cell Therapy (GGACT): An NCATS-funded
Collaborative Effort to Support Development of Academic Clinical Trials for Rare Diseases.”
American Society of Gene and Cell Therapy 23 Annual Meeting. (virtual) Boston MA, May 12,
2020.

284. Oral Presentation. “A Phase 1/2 Study of Lentiviral-Mediated Ex-Vivo Gene Therapy for
Pediatric Patients with Severe Leukocyte Adhesion Deficiency-I (LAD-I): Initial Results from the
First Treated Patient.” HSPC Gene Therapies for Blood and Immune Disorder session.
American Society of Gene and Cell Therapy 23 Annual Meeting. (virtual) Boston MA, May 12,
2020.

285. Oral Presentation “Lentiviral Gene Therapy with Autologous Hematopoietic Stem and
Progenitor Cells (HSPCs) for the Treatment of Severe Combined Immune Deficiency Due to
Adenosine Deaminase Deficiency (ADA-SCID): Two Year Follow-Up Results” Clinical Trials
Spotlight Session. American Society of Gene and Cell Therapy 23" Annual Meeting. (virtual)
Boston MA, May 12, 2020.

286. Invited Plenary Speaker: International Society Cell & Gene Therapy (ISCT): Accelerating
Cell & Gene Therapy Adoption: Proof of Concept to Standard of Care. Plenary Session — Gene
Engineering: The Past, Present, and The Future. “Hematopoietic Stem Cell Gene Therapy.”
May 28-29 2020 (virtual).

287. Invited Speaker. CIRM Grantee Meeting 2020. “Hematopoietic Stem Cell Gene Therapy for
Primary Immune Deficiencies.” UC Irvine, Irvine CA. September 14, 2020 (virtual).

288. Invited Keynote Speaker. Fanconi Anemia Research Fund Scientific Symposium.
Hematopoietic Stem cell Gene Therapy. September 16, 2020 (virtual).

289. Invited Speaker. USC Department of Medicine Visiting Speaker Series. Hematopoietic
Stem Cell Gene Therapy. USC Keck School of Medicine. September 18, 2020 (virtual).

290. Invited speaker. UCLA Division of Pediatric Hematology/Oncology Seminar. “Severe
Combined Immune Deficiency”. September 22, 2020 (virtual).

291. Invited keynote Speaker, Immune Deficiency Foundation. Rare of the Rare Summit.
“Gene Therapy for Primary Immunodeficiency: Past, Present and Future. September 27, 2020
(virtual).

292. Invited speaker. CIRM Alpha Stem Cell Clinic Network Virtual Symposium. “Severe
Combined Immunodeficiency (SCID).” October 8, 2020 (virtual).

293. Oral abstract presentation. “A phase 'z study of lentiviral-mediated ex vivo gene therapy for
pediatric patients with severe Leukocyte Adhesion Deficiency-I (LAD-I): Results from Phase I.”
19" biennial meeting of the European Society for Immunodeficiences (ESID 2020 Online
meeting). October 16, 2020. (virtual).

294. Invited speaker. “Gene editing in hematopoietic stem cells”. World CRISPR Day
Symposium (Synthego). October 20, 2020 (virtual).
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295. Oral abstract presentation. “A phase 2 study of lentiviral-mediated ex vivo gene therapy for
pediatric patients with severe Leukocyte Adhesion Deficiency-I (LAD-I): Results from Phase |.”
62" annual meeting of the American Society of Hematology (ASH) Online meeting). December
7, 2020. (virtual).

296. Invited presentation. Gene Therapy Using Hematopoietic Stem Cells. Center for Cellular
Gene Therapy at Johns Hopkins All Children’s Hospital, St. Petersburg FL, January 20, 2021
(virtual).

297. Invited lecture. “Hematopoietic Stem Cell Gene Therapy for Blood Cell Disease.” USC
Stem Cell Translational Research Workshop. February 4, 2021 (virtual).

298. Invited presenter. “Gene therapy for ADA SCID.” Concurrent session: Gene Therapy for
Non-Malignant Diseases. 2021 Transplantation & Cellular Therapy Meeting of ASTCT and
CIBMTR. Thursday February 11, 2021 (virtual).

299. Meeting Co-Organizer and Invited Speaker. “Correcting the Sickle Mutation in Beta-Globin
in HSC- How Hard Can That Be?” Sickle Cell Disease: What's New with Transplant and Gene
Therapy? Sponsored by the Doris Duke Charitable Foundation. St. Jude Children’s Research
Hospital. Memphis TN March 2, 2021 (virtual).

300. Invited speaker. “Gene therapy for SCID.” Immune Deficiency Foundation, SCID Compass
Lunch & Learn Series. March 19, 2021 (virtual).

301. Donald Kohn, Omar Habib, Bryanna Reinhardt, Kit Shaw, Elizabeth Garabedian, Dayna
Terrazas, Beatriz Campo Fernandez, Satiro De Oliveira, Theodore Moore, Alan Ikeda, Barbara
Engel, Gregory Podsakoff, Roger Hollis, Augustine Fernandes, Connie Jackson, Sally Shupien,
Suparna Mishra, Alejandra Davila, Jack Mottahedeh, Andrej Vitomirov, John Everett, Aoife
Roche, Pascha Hokama, Shantan Reddy, Xiaoyan Wang, Kenneth Cornetta, Michael
Hershfield, Robert Sokolic, Harry Malech, Frederick Bushman, Fabio Candotti, Long-term
Outcomes after Gene Therapy for Adenosine Deaminase Severe Combined Immune Deficiency
ADA SCID. Oral presentation at 12" Annual Meeting of the Clinical Immunology Society: 2021
Virtual Annual Meeting: Immune Deficiency and Dysregulation North American Conference.
April 16, 2021 (virtual).

302. Invited Speaker. “Hematopoietic Stem Cell Gene Therapy for Primary Immune
Deficiencies.” Cell Therapy Transplant Canada (CTTC), (virtual) Annual Meeting June 16, 2021

303. Invited Speaker. “Hematopoietic Stem Cell Gene Therapy.” Internal Medicine Grand
Rounds, UCLA David Geffen School of Medicine. July 28, 2021.

304. Invited Speaker. “Hematopoietic Stem Cell Gene Therapy”. Miltenyi Biotec Webinar.
Thursday November 4, 2021 (virtual).

305. Selected for Best Abstracts oral presentation. “A Phase l/ll study of lentiviral-mediated ex
vivo gene therapy for pediatric patients with severe Leukocyte Adhesion Deficiency-I (LAD-I).
Primary Immune Deficiency Treatment Consortium - Tenth Annual Scientific Workshop.
Asilomar CA, November 16, 2021
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306. Invited Speaker. Hematopoietic Stem Cell Gene Therapy. UCLA Undergraduate Science
Journal Group. February 9, 2022 (virtual).

307. Invited presentation. “Primary Immune Deficiencies and Gene Therapy.” Pediatric
Potpourri. Maui Hawaii, March 2, 2022.

308. Invited Speaker. “Evolution of the Field of Gene Therapy.” Future Directions and Resource
Needs for NHLBI Gene Therapy Research. March 15, 2022 (virtual).

309. Meeting Co-Organizer and Co-Chair. “Sickle Cell Disease: What’s New with Transplant
and Gene Therapy”. DDCF/St. Judes/UCLA. March 24, 2022. (virtual).

310. Invited Keynote Speaker. “Hematopoietic Stem Cell Gene Therapy for Primary Immune
Deficiencies”. Webinar: “Looking at gene therapy for XLA” March 29, 2022 (virtual)

311. Plenary Presentation. American Society of Gene and Cell Therapy - Outstanding
Achievement Award. Hematopoietic Stem Cell Gene Therapy for Severe Combined Immune
Deficiency. ASGCT 25" Annual Meeting. Washington DC, May 18, 2022.

312. Clinical Trial Spotlight presentation. “Interim Results: A Phase 1/2 Study of Lentiviral-
Mediated Ex-Vivo Gene Therapy for Pediatric Patients with Severe Leukocyte Adhesion
Deficiency-I (LAD-1)". ASGCT 25" Annual Meeting. Washington DC, May 19, 2022.

Abstracts from lab at ASGCT 2022 meeting:

Treating Sickle Cell Disease with Lentiviral Vectors Combining an Anti-Sickling BAS3-Globin Gene
with BCL11A and ZNF410 MicroRNA Adapted Short Hairpin RNAs Kevyn L. Hart, Boya Liu, Roger P.
Hollis, Christian Brendel, David A. Williams, Donald B. Kohn

Quantification of DNA Contamination within Recombinant Adeno Associated Virus Preps Correlates
with CD34+ Cell Potential. Christopher Luthers, Zulema Romero, Daniel Ha, Donald B. Kohn

Base Editing of Hematopoietic Stem Cells Rescues T-Cell Development for CD36 Severe Combined
Immunodeficiency. Grace E. McAuley, Gloria Yiu, Gregory A. Newby, Sung Hae L. Kang, Amber J.
Garibay, Jeffrey A. Butler, Valentina S. Christian, Sorel Fitz-Gibbon, Ryan L. Wong, Kelcee A.
Everette, Zulema Romero, Nicola Wright, David R. Liu, Gay M. Crooks, Donald B. Kohn

Bioinformatic-Guided Design of a Lentiviral Vector for X-Linked Chronic Granulomatous Diseases
Recapitulates Endogenous CYBB Gene Regulation and Expression. Ryan L. Wong, Sarah Sackey,
Devin Brown, Katelyn Masiuk, Shantha Senadheera, Jason P. Quintos, Richard A. Morgan, Harry
Malech, Roger P. Hollis, Donald B. Kohn

Low-Cost Fluorosilane-Modified Filtroporation Devices Enabling Gene Knockout in Human
Hematopoietic Stem and Progenitor Cells. Isaura Maia Frost, Alexandra Mendoza, Tzu-Ting Chiou,
Philseok Kim, Joanna Aizenberg, Donald B. Kohn, Satiro De Oliveira, Paul S. Weiss, Steven J. Jonas
Interim Results from an Ongoing Phase 1/2 Study of Lentiviral-Mediated Ex-Vivo Gene Therapy for
Pediatric Patients with Severe Leukocyte Adhesion Deficiency-I (LAD-I). D. B. Kohn, J. Sevilla, G.
Rao, M. Chitty Lopez, E. Almarza, D. Terrazas, J. Zubicaray, M. Gonzélez-Vicent, K. Chetty, G.
O’Toole, J. Xu-Bayford, E. Nicoletti, A. Fernandes, C. Kuo, S. de Oliveira, T. B. Moore, G. Choi, M.
Zeini, C. Mesa-Nufiez, A. J. Thrasher, J. Bueren, J. Schwartz, C. Booth

313. Invited presentation. “Gene therapy for primary immune deficiencies.” Clinical Immunology
Network — Canada. Nova Scotia, Canada. June 20, 2022 (virtual).

314. Keynote Presentation. “Hematopoietic Stem Cell Gene Therapy”. Regenerative Medicine
2022 - 2022 - Science Day at The Saban Research Institute (TSRI) of Children’s Hospital Los
Angeles (CHLA). Los Angeles CA, June 30, 2022.
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315. Invited presentation. “Gene editing in hematopoietic stem cells for monogenic disorders”.
Genome Engineering: CRISPR Frontiers, Cold Spring Harbor Laboratory, Cold Spring Harbor,
New York, August 25, 2022.

316. Invited presentation. “Hematopoietic Stem Cell Gene Therapy.” NIH Hematology
Conference. NIH, Bethesda MD. September 14, 2022 (virtual).

317. Invited presentation. “Update on Gene Therapy for ADA SCID.” Immune Deficiency
Foundation SCID Compass Lunch and Learn. September 14, 2022 (virtual).

318. Keynote presentation. “Hematopoietic Stem Cell Gene Therapy.” ISSCR/ASGCT Madison
International Symposium: Emerging therapies at the Intersection of Genetic and Cellular
Therapies. Madison WI September 21, 2022.

319. Invited presentation. “Hematopoietic Stem Cell Gene Therapy”. Dr. E. Donnall Thomas
Symposium “Advancing Transplantation, Gene and Cell Therapy”. Seattle, WA Sept 30, 2022.

320. Invited plenary presentation. “Interim Results from an Ongoing Phase 1/2 Study of
Lentiviral-Mediated Ex-Vivo Gene Therapy for Pediatric Patients with Severe Leukocyte
Adhesion Deficiency-I (LAD-1).” 29" annual meeting of the European Society of Gene and Cell
Therapy. Edinburgh UK, October 12, 2022.

321. Invited speaker. “Hematopoietic Stem Cell Gene Therapy for ADA SCID — Promises and
Challenges.” Innovative Genomics Institute- Affordability Task Force October Convening.
Berkeley CA October 20, 2022.

322. Invited speaker. “Hematopoietic Stem Cell Gene Therapy.” UCLA Division of Pediatric
Hematology/Oncology weekly conference. UCLA October 25, 2022.

323. Invited Speaker: “Gene Therapy for Primary Immune Deficiencies,” Cleveland Clinic
Foundation — Basic Immunology Course. March 7, 2023 — virtual.

324. Invited Speaker. USC Broad Stem cell Center, Masters of Science in Stem Cells course.
“Hematopoietic Stem Cell Gene Therapy”. USC Keck School of Medicine, March 8, 2023).

325. Best Abstract Awardee presentation “ Primary Immune Deficiency Treatment Consortium
Scientific Workshop, Cincinnati OH, April 19, 2023.

326. Invited presentation “The Landscape of Gene Therapy for Inborn Errors of Immunity.”
Session co-chair: Challenges in Translating Gene Therapy Clinical Trials into Standard
Treatments for Inborn Errors of Immunity. Primary Immune Deficiency Treatment Consortium
Scientific Workshop, Cincinnati OH, April 19, 2023.

327. Oral presentation from submitted abstract “Lentiviral-Mediated Ex-Vivo Gene Therapy for
Pediatric Patients with Severe Leukocyte Adhesion Deficiency-I (LAD-I): Interim Results from
An Ongoing Phase 1/2 Study.” European Bone Marrow Transplant (EBMT) 49™" annual meeting,
Paris France, 25 April 2023.

328. Invited presentation “Overview of Gene Therapy in Inborn Errors of Immunity” in session
on Gene therapy in Inborn errors. European Bone Marrow Transplant (EBMT) 49" annual
meeting, Paris France, 25 April 2023.

329. Invited Presentation “Hematopoietic Stem Cell Gene Therapy”. At Miltenyi Biotec Industry
Sponsored Symposium, 26" annual meeting of the American Society of Gene and Cell Therapy.
Los Angeles CA May 17, 2023.

330. Abstracts at 26" Annual Meeting of the American Society of Gene & Cell Therapy. Los
Angeles CA May 2023.
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1. Universal Survival and Superior Immune Reconstitution after Lentiviral Gene Therapy with
Low Dose Conditioning for X-linked SCID (SCID-X1). Sung-Yun Pai, Claire Booth, Donald B.
Kohn, Myriam A. Armant, Susan E. Prockop, Karen Buckland, Sharat Chandra,
Shanmuganathan Chandrakasan, Kritika Chetty, Colleen H. Dansereau, Satiro N. De
Oliveira, John Everett, Pei-Chi Kao, Wendy B. London, Rebecca A. Marsh, Theodore B.
Moore, Nisha Nagarsheth, Suhag Parikh, Dayna R. Terrazas, Shanna White, Jinhua Xu-
Bayford, Axel Schambach, Frederic D. Bushman, Adrian J. Thrasher, David A. Williams

2. Engineering Stage-Specific Developmental Cues to Generate Non-Allogenic, iPSC-

Derived CAR T Cells for Immunotherapy. Sang Pil Yool, Claire Engstrom1, Suwen Lil,
Patrick Changl, Xuegang Yuanl, Ralph Valentine Crisostomol, Christopher S. Seet2,

Donald B. Kohnl, Gay M. Crooks1

3. Alpha Globin Lentiviral Vectors for Hematopoietic Stem Cell Gene Therapy of Alpha-
Thalassemia. Eva E. R. Segura Genslerl, Kevin Tam1, Beatriz Campol, Tippi C.
MacKenzie2, Georgia Gregori3, Roger P. Hollis1, Donald B. Kohn4.

4. Lentiviral Vectors with Regulated Expression to Treat X-Linked Lymphoproliferative
Disease. Paul G. Ayoubl, Julia Gensheimerl, Kevin T. Tam1l, Lindsay E. Lathropl, Roger P.
Hollis1, Gay M. Crooks2, Donald B. Kohn1l

4. A Lipid Nanoparticle Toolkit to Correct Cystic Fibrosis in Airway Stem Cells. Ruth Foley1,
Paul Ayoub, Emily Duggan, Josh Khorsandi, Diego Banuet, Arunima Purkayastha, Donald
B. Kohn, Brigitte Gomperts, Steven J. Jonas

6. Autologous Ex-Vivo Lentiviral Gene Therapy for Pediatric Patients with Severe Leukocyte
Adhesion Deficiency-I (LAD-I): Interim Results from an Ongoing Phase 1/2 Study. Donald B.
Kohn, Julian Seville, Gayatri Rao, Maria Chitty Lopez, Elena Almarza, Dayna Terrazas,
Josune Zubicaray, Marta Gonzalez-Vicent, Kritika Chetty, Grainne O'Toole, Jinhua Xu-
Bayford, Eileen Nicoletti, Augustine Fernandez, Caroline Y. Kuo, Satiro N. De Oliveira,
Theodore B. Moore, Grace Choi, Miriam Zeini, Cristina Mesa-NuUfez, Adrian J. Thrasher,
Juan A. Bueren, Jonathan Schwartz, Claire Booth

7. Immunodeficient Mouse Models to Assess Human HSPC Engraftment and Gene Editing:
NSG vs. NBSGW. Zulema Romero Garcia, Beatriz Campo, Xiaomeng Wu, Donald B. Kohn

8. Education Session Chair - Vector-derived gene therapy, May 18, 2023.

331. LABEST VIP Pre-Event - Challenges & Solution to Enable Sustained Access to Curative
Therapies Showcase. ADA SCID Program — Overview and Example.

332. Invited Presentation “Hematopoietic Stem Cell Gene Therapy” for Let’s Talk Science:
Innovative Therapies: From the Bench to Bedside. UCLA College, Division of Life Sciences,
May 31, 2023, Los Angeles CA.

333. Invited presentation: “Gene Therapy for Inborn Errors of Immunity,” 36" regional
conference of the Southern California Chapter of the Association of Pediatric
Hematology/Oncology Nurses. Rancho Mirage, CA June 2, 2023

334. Invited presentation: “Hematopoietic Stem Cell Gene Therapy for Inborn Errors of
Metabolism”. 2023 CIRM Alpha Stem cell Clinic Network Symposium at UC Irvine, Irvine CA,
Sept. 8, 2023.

335. Invited presentation: “Hematopoietic Stem Cell Gene Therapy for Inborn Errors of
Metabolism”. UCLA PICI Engineered Immunity Retreat. UCLA Lake Arrowhead Lodge,
Lake Arrowhead CA, Sept 8, 2023.
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336. Invited presentation: “Hematopoietic Stem Cell Gene Therapy”. University of Minnesota,
Department of Medicine, Departmental Research Series. Minneapolis MN (virtual), September
18, 2023.

337. Invited Keynote presentation: “Hematopoietic Stem Cell Gene Therapy for Sickle Cell
Disease.” 5th King Faisal Specialist Hospital & Research Centre-J, HSCT and Cellular Therapy
Annual Conference, October 24-25, 2023 Jeddah, Saudi Arabia (virtual).

338. Invited presentation: "Hematopoietic Stem Cell Gene Therapy for Inherited Blood Cell
Diseases” at the American Society of Human Genetics 73" Annual Meeting (Many Genomes,
One Humanity - Delivering on the Promise of Genomic Medicine), Presidential Symposium,
November 3, 2023, Washington DC.

339. Invited presentation: “Development of a Lentiviral Gene Therapy for Alpha Thalassemia”.
Presented jointly with Eva Segura. International Quarterly Seminar on Alpha Thalassemia
Major. November 7, 2023 (virtual).

340. Invited presentation: “Hematopoietic Stem Cell Gene Therapy for ADA SCID — The Road
to BLA.” California Institute for Regenerative Medicine (CIRM) — Rare Disease Workshop.
Burlingame CA, November 15, 2023.

341. Invited speaker: “Hematopoietic Stem Cell Gene Therapy for Inborn Errors of Immunity”.
Keystone Symposium on Stem Cells and Regeneration. Santa Fe NM, January 26, 2024.

342. Invited presentation “Gene Therapy for Sickle Cell Disease”. Miller Children’s Hospital
(Long Beach CA), Pediatric Hematology/Oncology Division Rounds. (virtual) February 21, 2024.

343. Invited presentation “Hematopoietic Stem Cell Gene Therapy.” FDA Office of Therapeutic
Products, CBER, FDA. (virtual) March 13, 2024.

344. Invited Speaker “Hematopoietic Stem Cell Gene Therapy for Adenosine Deaminase
Severe Combined Immune Deficiency.” At Arthur W. Nienhuis Research Symposium, March 20,
2024, St Jude Children’s Research Hospital, Memphis TN.

345. Invited presentation “Hematopoietic Stem Cell Gene Therapy for Inborn Errors of
Immunity.” UCLA Immunology/Allergy Divisional Conference, Los Angeles CA, April 18, 2024.

346. Invited Keynote Presentation “Hematopoietic Stem Cell Gene Therapy.” At CIRM Alpha
Clinic Network Regenerative Medicine Nursing Education Symposium. City of Hope, Duarte CA,
April 19, 2024.

347. 23" William Krivit Lectureship in Pediatrics, Pediatric Grand Rounds, University of
Minnesota Department of Pediatrics. “Gene therapy for Blood Cell Diseases.” Minneapolis MD,
May 1, 2024

348. Robert A. Good Lecture. “Gene Therapy for Inborn Errors of Immunity.” Clinical
Immunology Society Annual Meeting. Minneapolis MD, May 1, 2024.

349. Session Chair and Speaker. “Lentiviral Gene Therapy as a Potential Curative Treatment
for Leukocyte Adhesion Deficiency Type |- Breakfast Symposium. ” Clinical Immunology Society
Annual Meeting. Minneapolis MD, May 4, 2024.

350. Session Chair and Speaker. “Gene Therapy for Inborn Errors of Immunity” (Gene Therapy
for ADA SCID.” Clinical Immunology Society Annual Meeting. Minneapolis MD, May 4, 2024.

351. International Society for Cell Therapy (ISCT) Annual Meeting 2024. “Gene Editing in
Hematopoietic Stem Cells for Monogenic Blood Cell Diseases” MaxCyte Corporate Session,
Vancouver Canada May 31, 2024.
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352. International Society for Cell Therapy (ISCT) Annual Meeting 2024. Roundtable Panelist
“Ultra Rare Disease: Is Perpetual IND a Solution?” Concurrent Speaker “Rare Diseases and
patient Access- The Mission and the Challenge”. Vancouver Canada May 31, 2024.

353. National Organization for Rare Diseases (NORD) - 2024 Living Rare, Living Stronger
NORD Patient and Family Forum. “Gene Therapy for ADA SCID”. Los Angeles CA June 8, 2024

354. Invited educational presentation “Gene Therapy”. The 2024 Pl Conference Reel Talk about
Primary Immune Deficiency. The Immune Deficiency Foundation, Chicago Il June 21, 2024

355. Invited educational presentation “Gene Therapy for X-linked Agammaglobulinemia”. The
2024 PI Conference Reel Talk about Primary Immune Deficiency. The Immune Deficiency
Foundation, Chicago Il June 21, 2024

356. Invited Keynote Speaker “Hematopoietic Stem Cell Gene Therapy”. CIRM Trainee Meeting
2024. University of Southern California, Los Angeles Ca, August 12, 2024.
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