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Objectives
1. Define expanded access and the key requirements for an 

expanded access request for an individual patient. 

2. Summarize the key responsibilities of the oncology 
healthcare professional when considering expanded access 
for a patient.

3. Identify resources available to requestors considering 
submission of an oncology expanded access request for an 
individual patient. 

4. Describe how Project Facilitate is a resource to navigate the 
Oncology Expanded Access pathway 
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Misconception

• Myth: Only physicians can be “sponsors” of 
expanded access applications

– Industry/drug companies can be the sponsor of 
single patient expanded access applications on 
behalf of a physician
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What is Expanded Access?
• Use of an investigational medical product to treat a patient with 

a serious disease or condition who does not have comparable or 
satisfactory alternative therapies to treat the disease or 
condition

• Contrast with investigational medical product in a clinical trial 
where the primary intent is research

– systematic collection of data with the intent to analyze it to 
learn about the investigational medical product
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Access to Treatment

❑ Studied and 

characterized

❑ Labeled

❑ Broadest availability

❑ Reimbursement is by 

3rd party

Approved Drugs

❑ Goal is research

❑ Provide necessary 

data to determine 

safety and 

effectiveness

❑ Most efficient path to 

market and broad 

availability

❑ https://clinicaltrial.gov

Clinical Trials

❑ Goal is access to 

treatment

❑ Represents opportunity 

when other options are 

exhausted

❑ https://www.fda.gov/ne

ws-events/public-

health-focus/expanded-

access

Expanded Access
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Expanded Access Program
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Types of Applications
Single Patient

Emergency Non-Emergency

Meets definition of Expanded Access and,

• No time to submit 
required 
documents

• Treating in lieu of 
IRB/board 
member approval

• Favorable 
risk/benefit

• Does not interfere 
with clinical 
development
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Human Subject Protection
• Apply to all expanded access requests

• Products under expanded access are investigational drugs, and 
are subject the following requirements:

– Protection of human subjects (informed consent)

– Institutional Review Boards (IRB)

• With single patient IND requests, a chairperson or designated IRB member 
can authorize (no need for a full IRB convening) 

– Clinical holds based on safety

– Reporting requirements (adverse event reports, annual reports)
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Considerations
• Unknown risks and limited information associated with access to investigational 

products

– Some patients may benefit

– Some patients may experience no effect

– Some patients may have serious adverse events

• FDA considers:

– Potential harm to patient

– Need to exhaust all existing approved therapies

– Scientific likelihood of an efficacious response
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Potential Benefits
• Access for oncology patients with serious or life-

threatening diseases who have no other 
alternatives, and are willing to accept greater risk

• Patient autonomy over their health care decision

• Bridge the gap between the latter stages of product 
development and approval by making a drug widely 
available during that period 

• May provide data to support development
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Project Facilitate Oncologist

Institutional 

Review Board

Pharmaceutical

CompanyPatient

Determines if the product will be 

provided under Expanded Access and 

issues a Letter of Authorization to the 

treating physician

Initiates request, oversees the 

patient’s treatment, and provides 

annual updates to the FDA

Reviews Expanded Access protocol and 

informed consent to ensure the patient is 

informed about the nature of treatment

Assists in completing the Expanded 

Access request, reviews the application, 

and determines if the treatment may 

proceed
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Physician/Sponsor Responsibilities
• Agrees to oversee the patient's 

treatment 

• Works with industry (e.g., medical 
product developer)

• Files paperwork with FDA and IRB 

• Responsible for patient care and 
reporting



www.fda.gov 15

“The mission of Project Facilitate is to promote equitable access to investigational 

products for patients with cancer by providing comprehensive support to oncology 

healthcare professionals in completing expanded access requests.”
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Addressing Barriers

Unknowns Knowns

• Number of patients 

requesting Expanded 

Access

• Reasons for industry 

denials

• Patient outcomes: 

benefits, adverse events

• Potential unequal access

• Perception of 

burdensome process

• Not enough resources
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Addressing Barriers

Unknowns Knowns

• Collecting metrics on 

applications

• Recording reasons why 

applications are denied

• Long-term surveillance

• Public outreach

• Personalized 

presentations/walkthroug

hs

• Reducing regulatory 

burden
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Two-Pronged Approach to Oncology

Patient awareness and information on specific programs

➢ Reagan-Udall Expanded Access Navigator website provides 
information on sponsors’ policies and listings on ClinicalTrials.gov

Oncology healthcare provider access

➢ Oncology Center of Excellence Project Facilitate program to 
provide continuous support to healthcare professionals and their 
teams throughout the EA process
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Benefits of Project Facilitate
• One point of contact for all oncology single patient and emergency requests

• Dedicated clinical staff available during business hours to support requestors via 
phone or email

• Additional support options to provide:

– IRB options

– EA contact for drug/biotech company

– Assistance filling out Form FDA 3926, if needed

• Efficiency in processing

• Collection of metrics 

• Annual report reminders/Follow up 
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Contact

Agreement

Letter of Authorization
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Emergency

❑ FDA Form 3926

❑ LOA

❑ CV

Non-Emergency

❑ FDA Form 3926

❑ LOA

❑ CV

30 Days

OR

Granted Letter

+ 

IRB Approval

Verbal 

OR

Granted Letter

❑ IRB review within 5 business days of 

treating patient

❑ Submit your full application package 

within 15 business days of granted
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Industry as a Sponsor

• Physician’s CV/information

• Industry responsible for reporting

– Safety reports

– Annual reports

– Protocol Amendments

– Withdrawals
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Clinical Review
• Safety

– Risk vs Benefit

• Effectiveness

– Established scientific evidence

• Alternate options

– Established therapies

– Clinical trials
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Safety

• Risk vs Benefit

• Treatment Plan

– Monitoring Plan

– Dose Modification Plan
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Safety

• Clinical trial data

– Age

– Indication

• Dose limited toxicities (DLT)

• Common adverse events (AE)

• Class-wide AEs
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Efficacy

• Clinical trial data

– Indication

– Biomarkers and mutations

• Intermediate endpoints

• Other expanded access data
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Chemistry and Manufacturing

• FDA CMC Reviewer

• Certificate of Analyses

– Assures identity, purity and potency

• Lot/batch information

• Expiration dates

• Other CMC data: DS/DP
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Successful Application
• Letter of Authorization

• Rationale

– Failed established treatment options

– Scientific evidence 

• Indication

• Age

• Duration

• Responsive to FDA information requests
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Useful Resources
• FDA Project Facilitate Website: https://www.fda.gov/about-fda/oncology-center-

excellence/project-facilitate

• FDA Expanded Access Site: https://www.fda.gov/news-events/public-health-
focus/expanded-access

• Reagan-Udall Foundation EA navigator: https://navigator.reaganudall.org/expanded-
access-navigator

• eRequest: https://erequest.navigator.reaganudall.org

• Form 3926: https://www.fda.gov/media/98616/download

• Instructions for 3926: https://www.fda.gov/media/98627/download

• FDA Drug Info Rounds Expanded Access Video Series: 
https://www.fda.gov/drugs/information-healthcare-professionals-drugs/fda-drug-
info-rounds-expanded-access-video-series

https://www.fda.gov/about-fda/oncology-center-excellence/project-facilitate
https://www.fda.gov/news-events/public-health-focus/expanded-access
https://navigator.reaganudall.org/expanded-access-navigator
https://erequest.navigator.reaganudall.org/
https://www.fda.gov/media/98616/download
https://www.fda.gov/media/98627/download
https://www.fda.gov/drugs/information-healthcare-professionals-drugs/fda-drug-info-rounds-expanded-access-video-series
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Project 
Facilitate

After Hours Emergency Requests: Contact FDA’s emergency call 

center at (866) 300-4374
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