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What is expanded access? s

New Search Help | More About 21CFR

[Code of Federal Regulations]
[Title 21, Volume 5]

[Revised as of April 1, 2017]
[CITE: 21CFR312]

TITLE 21--FOOD AND DRUGS
CHAPTER I--FOOD AND DRUG ADMINISTRATION
DEPARTMENT OF HEALTH AND HUMAN SERVICES

SUBCHAFTER D--DRUGS FOR HUMAN USE

PART 312 INVESTIGATICONAL NEW DRUG APPLICATICN

Subpart I--Expanded Access to Investigational Drugs for Treatment Use 21 CFR 312'300’ Sprart I:
Aim is to facilitate the availability

of investigational new drugs to

(a) Scope. This subpart contains the requirements for the use of investigational new drugs pat|ents W|th Ser|0us d|seases or
and approved drugs where availability is limited by a risk evaluation and mitigation
strategy (REMS) when the primary purpcose is to diagnose, monitor, or treat a patient's Cond|t|ons When there |S no
disease or condition. The aim of this subpart is to facilitate the availability of such
drugs to patients with serious diseases or conditions when there is no comparable or Compa rable or Satlsfactory
satisfactory alternative therapy to diagnose, monitor, or treat the patient's disease or

condition.

Sec. 312.300 General.

alternative therapy to diagnose,

(b} Definitions. The following definitions of terms apply to this subpart:

Immediately life-threatening disease or condition means a stage of disease in which there is monltor’ or treat the patlents
reasonable likelihood that death will occur within a matter of months or in which premature Cond|t|0n
death is likely without early treatment.

Serious disease or condition means a disease or condition associated with morbidity that has
substantial impact on day-to-day functioning. Short-lived and self-limiting morbidity will
usually not be sufficient, but the morbidity need not be irreversible, provided it is
persistent or recurrent. Whether a disease or condition is serious is a matter of clinical
judgment, based on its impact on such factors as survival, day-to-day functioning, or the
likelihood that the disease, if left untreated, will progress from a less severe condition
to a more serious one.

Sec. 312.305 Requirements for all expanded access uses.

The criteria, submission requirements, safeguards, and beginning treatment information set
out in this section apply to all expanded access uses described in this subpart. Additional
criteria, submission requirements, and safeguards that apply to specific types of expanded 2
access are described in 312.310 through 312.320.
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Expanded access: plain English

“Compassionate” use

You have a serious illness and you’ve tried
everything else

You and your doctor think an investigational
drug(not approved) might be a good option

The drug may be studied in clinical trials, but
you can’t participate in these trials



Access to treatments
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What do you need for expanded access?

e Serious and life threatening illness
* No satisfactory alternative therapy
e Potential benefit outweighs the potential harm

e Providing the drug will not interfere with getting
the information needed for approval



How to Apply for Expanded Access?



The single patient IND




Misconceptions

Expanded access is rarely granted and FDA
denies many/most requests

It takes weeks/months for FDA to review
requests for expanded access

If an adverse event occurs, it could jeopardize
drug approval

There is too much paperwork and the process is
confusing



Form FDA 3926

DEPARTMENT OF HEALTH AND HUMAN SERVICES
Food and Drug Administration

Individual Patient Expanded Access
Investigational New Drug Application {IND)
(Title 21, Code of Federal Regulations (CFR) Part 312)

Form Approved: OMB Mo. 0910-0314
Expiration Date: April 30, 2010
Zee PRA Siafement on lasf page.

1. Patient’s Initials

2. Date of Submission (mm/ddryyyy)

3.a. Initial Submission

[[] Select this box if this form is an
initial submission for an indnidual
patient expanded access IND,
and complete only fields 4
through 8, and fields 10 and 11.

3.b. Follow-Up Submission

[] Select this box if this form accompanies
a follow-up submission to an existing
individual patient expanded access IND,
and complete the items to the right in this
section, and fields 8 through 11.

Investigational Drug Name

Physician’s IND' Numbser

4. Clinical Imform ation

Indication

Brief Clinical History (Patient's age, gender, weight, allergies, diagnosis, prior therapy, response fo prior therapy, reason for
request, ncluding an explanation of why the patient lacks other therapeutic opfions)

3. Treatment Information

Inwestigational Drug Name

Name of the enfity that will supply the drug (generally the manufaciurer)

FDA Review Division (if known)

Treatment Plan (Including the dose, route and schedule of administration, planned durafion, and monf#onng procedures. Also include
modifications fo the treatment plan in the event of foxicify. )

E. Letter of ization (LOA), if

Iy obiained from the prapry

of the drug)

[ 1 have attached the LOA. (Attach the LOA; if electronic, use normal POF functions for file aftachments. )
Mote: If there is no LOA, consult the Form Instructions.

T. Physician's Qualification Statement [incinding medical school altended, year of graduation, medical specially, stafe medical
ficense number, current Emphyrnem ami_pb title. Alfernatively, sitach the first fow pages of physician’s curriculem vitse (CV),

provided they confzin this i

the GV ek it wse normal PDF funchions for fle atfachments.)

8. Physician Name, Address, and Contact Information

Physician Name (Sponsor]

Address 1 (Sireef address, No P.0. boxes)

Email Address of Physician

Address 2 (Apartment, suite, unii, building, Soor, efc.)

9. Contents of Submission

This submission contains the following matenials, which are atfached io fhis form (select aN that apply). If none of the following apply fo the
follow-up communications, wse Form FDA 1571 for your submission.

[ Iniial Written IND Safety Report

[ Follow-up b a Written IND Safety Report

[ Annual Report

[] Summary of Expanded Access Use (ireatment completed)

[ change in Treaiment Plan
[ General Comespondence
[ Response o FO® Request for Information
[ Response to Clinical Hold

10.a. Request for Authorization to Use Form FDA 3326
[] | request authorization to submit this Form FDA 3926 to comply with FOW's requirements for an individual patient expanded access IND.
10.b. Request for Authorization to Use Alternative IRB Review Procedures

| request authorization to obtain concurrence by the Institutional Review Board ﬂRH}d‘IiII‘DE‘SCI’I ar by a designated |RB member, before
the treatment use begins, in order to comply with FODA's requirements for IRB review and approval. This concurence would be in lieu of
review and approval at a convened IRB meeting at which a majority of the members are present.

11 Terlification Statement: ['will not begin freafment until 30 days aiter FDA's receipt of a completed applicabon and all
required materials unless | receive earier nofification from FDA that treatment may begin. | alse agree not to begin or
continue clinical investigations covered by the IND if those studies are placed on clinical hold. | also cerify that | will obtain
informed consent, and that an Institutional Review Board (IRB) will be responsible for initial and continuing review and
approval of this treatment use, consistent with applicable FDA requirements. | understand that in the case of an emergency
request, freatment may begin without prior IRB approval. provided the IRB is nofified of the emergency freatment within 5
working days of treatment. | agree to conduct the investigation in accordance with all other applicable regulatory requiremenis.

WARNING: A willfully false statement is a criminal offense (U.5.C. Title 18, Sec. 1001).

Signature of Physician Date

T enable the signature field, please fill cut all prier required fields. For a list of required fields
which have not yet been filed out, please click here.

For FDA Use Only

Date of FDA Recaipt |5 this an emergency individual patient IND? | Is this indication for a rare disease (prevalence

< 200,000 in the U.S.)?
IND Number Oes [Ohe [OYes [JHo

This section applies only fo requirements of the Paperwork Reduction Act of 1985,
*DO NOT SEND YOUR COMPLETED FORM TO THE PRA STAFF EMAIL ADDRESS BELOW.*
The burden fime for this collection of information is estimated to average 45 minutes per response, including fhe
time to review instrucfions, search existing data sources, gather and maintain the data needed and complete
and review the collection of information. Send comments regarding this burden estimate or any other aspect
of this information collection, including suggesfions for reducing this burden, to:
Department of Health and Human Services
Food and Drug Administration
Office of Operations
Paperwork Reduction Act (PRA) Staff
PRAStaff@ fda.hhe.gov
“An agency may not conduct or sponsor, and a person iz not required fo respond fo, & collection af
infovmnation wunless it displayzs a currently valid OMB number.”

Telephone Number of Physician

City State Facsimile (FAX) Number of Physician
ZIF Code Physician’s IND number, i known
FORM FDA 3926 (THT) Page 1 of 2 PO okl Sarvicis (W40 EF

FORM FDA 3926 [THT)
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Pros

Pros and Cons

Provides access to potentially e
lifesaving therapies

Bridges gap between drug .
developmentand FDA
approval .

May provide data to support
development

Cons

Limited safety and efficacy
information

May overestimate benefit and
underestimate risk

Loss of information

Paperwork!
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Make it easier for unethical
companies or doctors to exploit
desperate patients.

Allow companies to charge as much
as they want for experimental drugs
that may not work and could be Fatal.

Prevent patients and family
members from suing if the
treatment harms or even kills
them.

Prevent doctors and

scientists from evaluating the
benefit or harm of drugs given to
Right to Try Patients

State actiol

TENNESSEE HOUSEVOTES 940 st i
“Right to Try™ protects terminally-ill from FDA ki ——
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Balanced Approach

Patient _
Autonomy Potential Data ColIchor; S
exposure to _ ocietal needs
Access to potentially unEnown risks Evidence of safety and
effective treatment efficacy

EAF’/ CIin.icfy
Trial
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Thank youl!
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