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What is expanded access? 

21 CFR 312.300, Subpart I: 
Aim is to facilitate the availability 
of investigational new drugs to 
patients with serious diseases or 
conditions when there is no 
comparable or satisfactory 
alternative therapy to diagnose, 
monitor, or treat the patients 
condition 
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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 
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Access to treatments 
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Slide adapted from Dr. Martha Donoghue 
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What do you need for expanded access? 
•
•
•
•

Serious and life threatening illness 
No satisfactory alternative therapy 
Potential benefit outweighs the potential harm 
Providing the drug will not interfere with getting
the information needed for approval 
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How to Apply for Expanded Access? 



7 

The single patient IND 
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Slide adapted from Dr. Martha Donoghue 
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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 
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Form FDA 3926 
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Pros and Cons 

Pros  
•

•

•

Provides access to potentially 
lifesaving therapies 
Bridges gap between drug 
development and FDA 
approval 
May provide data to support 
development 

•

•

•
•

Cons 
Limited safety and efficacy 
information 
May overestimate benefit and 
underestimate risk 
Loss of information  
Paperwork! 
 

Slide adapted from Dr. Martha Donoghue 
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Balanced Approach
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Slide adapted from Dr. Martha Donoghue 
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Thank you! 
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