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Learning Objectives

• Define patient engagement
• Describe how CBER considers patient input in

product review
• Locate FDA patient engagement resources
• Integrate patient engagement strategies

across the drug development process

https://fda.gov/cdersbia
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Patient Engagement

Activities that involve patient stakeholders 
sharing their experiences, perspectives, needs, 
and priorities that help inform FDA’s public health 
mission. 

Patient-Focused Drug Development Glossary | FDA

https://www.fda.gov/drugs/development-approval-process-drugs/patient-focused-drug-development-glossary
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Engaging with patients…

• Impact of the disease and its treatment
• Perspectives about potential and current

treatments
• Views on unmet medical needs and

available treatment options
• Enhance the understanding of disease

natural history
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When to engage with patients

Throughout the product development process
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Drug Development Process

IND submission

Clinical TrialsPreclinical Marketing 
Application Post-marketing

BLAPhase 3Phase 2Phase 1PreclinicalDevelopment Post 
marketing
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Preclinical

What impacts 
(burden of disease 

and burden of 
treatment) matter 
most to patients 
and how do we 
measure them?  

Preclinical 

PreclinicalDevelopment
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Clinical Trials

IND submission

Clinical Trials

Phase 3Phase 2Phase 1

What aspects of 
clinical trials can be 

better tailored to 
meet the needs of 

patients who (might) 
participate in the 

trial?
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Marketing Application

Marketing 
Application

BLA

Patient reported 
outcome data or 
elicited patient 

preferences inform 
Benefit-Risk (BR)  

assessments
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Postmarketing

Post-marketing 

Post 
marketing

How do we best 
communicate 
information to 
patients and 
prescribers?
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How FDA considers patient input
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BLA Clinical Review Memo
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Patient Engagement Case Studies
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Donislecel
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Beremagene geperpavec-svdt 
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 Beremagene geperpavec-svdt 
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Atidarsagene autotemcel
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“This valuable input has 
already been used in 
ways that help advance 
overall development of 
gene therapy products for 
hemophilia.” 

How FDA is Putting the Patient Voice at 
the Forefront of Gene Therapy Clinical 
Trials for Hemophilia | FDA

Hemophilia Following the listening 
session:
• Agenda for “Product 

Development in 
Hemophilia” public 
workshop 

• Public summary is a 
resource

• Reinforced public 
comments on the 
“Human Gene Therapy 
for Hemophilia” draft 
guidance

https://www.fda.gov/patients/learn-about-fda-patient-engagement/how-fda-putting-patient-voice-forefront-gene-therapy-clinical-trials-hemophilia
https://www.fda.gov/media/124436/download
https://www.fda.gov/regulatory-information/search-fda-guidance-documents/human-gene-therapy-hemophilia
https://www.fda.gov/regulatory-information/search-fda-guidance-documents/human-gene-therapy-hemophilia
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Challenge Question #1
In which ways can patient engagement NOT help 
your biologic development program?
A. Developing clinical outcome assessments 
B. Tailoring clinical trial protocols to patients’ needs
C. Persuading FDA to ignore your missed endpoints 
D. Understanding patients’ expected benefits and 

tolerance for risks
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Patient Engagement Resources
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Patient Engagement Programs 

• Patient-focused drug development meetings
• Listening sessions
• RegenMedEd 
• Webinars and Workshops
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Reports, recordings, 
and transcripts 

are available to you!

Patient Engagement Programs 
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Voice of the Patient and Listening 
Session Reports

Condition-Specific 
Meeting Reports 
and Other 
Information 
Related to 
Patients' 
Experience | FDA

https://www.fda.gov/industry/prescription-drug-user-fee-amendments/condition-specific-meeting-reports-and-other-information-related-patients-experience
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OTP Events, 
Meetings, and 
Workshops | FDA 

RegenMedEd Series

https://www.fda.gov/news-events/otp-events-meetings-and-workshops#:%7E:text=The%20RegenMedEd%20series%20brings%20together,to%20help%20advance%20product%20development.
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Patient-Focused Drug Development 
Guidances
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Collecting 
comprehensive 
and 
representative 
input

Guidance 1

Patient-Focused Drug Development 
Guidances
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Collecting 
comprehensive 
and 
representative 
input

Methods to 
identify what is 
important to 
patients

Guidance 2

Guidance 1

Patient-Focused Drug Development 
Guidances
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Collecting 
comprehensive and 
representative input

Methods to identify 
what is important to 
patients

Selecting, 
developing or 
modifying fit-for-
purpose clinical 
outcome 
assessments 
(Draft)

Guidance 2

Guidance 3

Guidance 1

Patient-Focused Drug Development 
Guidances
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Collecting 
comprehensive and 
representative input

Methods to identify 
what is important to 
patients

Selecting, 
developing or 
modifying fit-for-
purpose clinical 
outcome 
assessments 
(Draft)

Incorporating 
clinical outcome 
assessments into 
endpoints for 
regulatory decision 
making (Draft)

Guidance 4

Guidance 2

Guidance 3

Guidance 1

Patient-Focused Drug Development 
Guidances

FDA Patient-Focused Drug Development Guidance Series for 
Enhancing the Incorporation of the Patient’s Voice in Medical Product 
Development and Regulatory Decision Making | FDA

https://www.fda.gov/drugs/development-approval-process-drugs/fda-patient-focused-drug-development-guidance-series-enhancing-incorporation-patients-voice-medical
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Challenge Question #2
What patient engagement resources are available 
on the FDA website?  
A. A list of almost 200 reports and resources related to patient 

experience data
B. A matchmaking service for drug developers and patient groups 

who want to collaborate
C. Step-wise guidance on collecting and submitting patient 

experience data 
D. Publicly available documentation of how FDA considers patient 

input
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For more information:

• Center for Biologics Evaluation and Research 
Patient Engagement Program | FDA

• OTP Events, Meetings, and Workshops | FDA

• Biological Approvals by Year | FDA

• Sign up for the CBER listserv or follow us 
on social media

https://www.fda.gov/vaccines-blood-biologics/development-approval-process-cber/center-biologics-evaluation-and-research-patient-engagement-program
https://www.fda.gov/news-events/otp-events-meetings-and-workshops
https://www.fda.gov/vaccines-blood-biologics/development-approval-process-cber/biological-approvals-year
https://public.govdelivery.com/accounts/USFDA/subscriber/new
https://twitter.com/FDACBER
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Summary

• Patients are the experts in what it is like to live 
with their disease.

• Patient engagement is the first step in a 
patient-focused drug development program.

• FDA has resources to guide you



fda.gov/cdersbia 34

Closing Thought

Engage with patients early, 
engage with patients often. 
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