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may be unexpected serious adverse effects and to take appropriate measures to ensure that 
this is understood by the patient or their LAR and to monitor for safety.  

 
1.0 Expanded Access to Investigational Drugs and Biologics 

The FDA’s expanded access rule for investigational drugs, including biologics classified as drugs, 
is intended to improve access to investigational drugs for patients with serious or immediately 
life-threatening diseases or conditions who lack other therapeutic options and may benefit 
from the investigational agent. Expanded access is sometimes referred to as compassionate use 
or treatment use.  

For the purposes of expanded access to investigational drugs, immediately life-threatening 
disease or condition means a stage of disease in which there is reasonable likelihood that death 
will occur within a matter of months or in which premature 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 im
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Physicians seeking access to investigational drugs under expanded access should work closely 
with the sponsor or manufacturer, the FDA, and the USA IRB  Office, to determine the 
appropriate access mechanism and ensure that proper regulatory procedures are followed. The 
FDA provides information about the procedures and requirements for expanded access on a 
website, including a link to FDA’s contact information. 

Expanded access to investigational drugs may be sought under an “Access Protocol” or an 
“Access IND”. FDA generally encourages Access Protocols, which are managed and submitted 
by the sponsor of an existing IND, because it facilitates the review of safety and other 
information. However, Access INDs for the treatment of individual patients are also available 
and commonly used when: (1) a sponsor holding an existing IND declines to be the sponsor for 
the individual patient use (e.g., because they prefer that the physician take on the role of 
sponsor-investigator); or (2) there is no existing IND.  

1.1 Sponsor or Manufacturer Approval: 

Prior to submitting to the FDA or IRB, physicians seeking expanded access to an 
investigational drug should contact the sponsor (e.g., for investigational drugs un1Tw 1.28 7.1 ( F)4 (Da]TJ
0 -1.32c 0.003 Tw T*
[(i2 TD
[(the)13)-2 (u)6.1 m(n)-4 (rco)2 (ni (p)-3 (D)7 (”)-1))42 (r)10 ( s)6.1 m 

https://www.fda.gov/NewsEvents/PublicHealthFocus/ExpandedAccessCompassionateUse/ucm429624.htm
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 When there is an emergency situation and insufficient time to submit a written 
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6. A copy of the draft informed consent document.  

The IRB may review the expanded access application prior to FDA approval being 
received but will not finalize approval until documentation of FDA approval is provided. 
The IRB will provide the investigator with written documentation of its review.  

USA IRB will consider reliance upon an external IRB for expanded access when the IND is 
held b
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https://www.fda.gov/MedicalDevices/DeviceRegulationandGuidance/HowtoMarketYourDevice/InvestigationalDeviceExemptionIDE/ucm051345.htm#emergency
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