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Disclosures
 Dr. Lydia Bazzano, speaker for this educational 
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disease for Jazz Pharmaceuticals which has a 
reduced sodium drug product.

 None of the other individuals in control of content 
for this educational activity have relevant 
financial relationship(s) to disclose with ineligible 
companies whose primary business is producing, 
marketing, selling, re-selling, or distributing 
healthcare products used by or on patients.

 All of the relevant financial relationships listed for 
these individuals have been mitigated



Objectives
 Describe the regulatory requirements for 

emergency use of an investigational 
product 

 Understand the regulatory requirements 
for expanded access or compassionate 
use of an investigational product

 Compare and contrast emergency use of 
an investigational product and 
compassionate use or expanded access 



Definitions:
Investigational Drug or Investigational New Drug: A new 
drug or biological drug that is used in a clinical 
investigations or a biological product that is used in 
vitro for diagnostic purposes. 

Investigational New Drug Application: An application 
that must be submitted to the FDA before a drug can 
be studied in humans. This application includes results 
of previous experiments; how, where, and by whom the 
new studies will be conducted; the chemical structure 
of the compound; how it is thought to work in the body; 
any toxic effects found in animal studies; and how the 
compound is manufactured.



Definitions:
Investigational Device: means a device, including a 
transitional device that is the object of an 
investigation. An investigational device is permitted 
by the FDA to be tested in humans but not yet 
determined to be safe and effective for a particular 
use in the general population and not yet licensed 
for marketing.

Investigational Device Exemption (IDE): Issued by the 
FDA to allow the use of unapproved devices in 
human subjects. The IDE permits use of the device in 
a clinical investigation to evaluate the safety and/or 
efficacy of the investigational medical device. 



Definitions:
 Expanded access, also called compassionate use

pathways are designed to make promising 
medical products available as early in the drug 
and device evaluation process as possible to 
patients without therapeutic options, either 
because they have exhausted them or are 
intolerant of approved therapies and cannot 
enter a clinical trial. 

 Expanded access refers to access to 
investigational medical products outside of a 
clinical trial, where the intent is a potential 
treatment, rather than research.



Definitions:
Expanded Access/Compassionate Use 
(Single Patient Access) of a drug or device
An expanded access/compassionate use 
submission for a single patient should be done 
if the patient is NOT in an emergency situation 
per FDA definition.  If your patient needs the 
drug or device and he/she can wait for 
FDA/IRB approval, this should be the route to 
follow.



Definitions:
Emergency Use of an Investigational Drug 
or Device
Use of an Investigational Drug or Device in a 
life-threatening situation and there is no 
time to obtain IRB approval. (21 CFR §
56.102(d))



When is Expanded Access 
Appropriate?
For both Compassionate Use and Emergency Use (21 CFR §
312.305(a)):

 Patient(s) have a serious or immediately life-threatening 
disease or condition, and there is no comparable or 
satisfactory alternative therapy to diagnose, monitor, or 
treat the disease or condition; and

 The potential patient benefit justifies the potential risks of 
the treatment, and the potential risks are not 
unreasonable in the context of the disease or condition 
to be treated; and

 The expanded use of the investigational drug or device 
for the requested treatment will not interfere with the 
initiation, conduct, or completion of clinical 
investigations that could support marketing approval of 
the product. 



When is Expanded Access 
Appropriate?
Also, the following must be determined (21 CFR §
312.310(a))
 The physician must determine that the probable 

risk to the person from the investigational drug is 
not greater than the probable risk from the 
disease or condition;

 FDA must determine that the patient cannot 
obtain the drug under another IND or protocol.



Who’s Responsible?
 The party who 

 requests the expanded access IND /IDE to 
use the investigational product and

 receives FDA’s authorization to use the 
investigational product is considered the 
sponsor of the IND application. 

 This is usually the investigator.

FDA IND Expanded Access overview 

http://www.fda.gov/drugs/developmentapprovalprocess/howdrugsaredevelopedandapproved/approvalapplications/investigationalnewdrugindapplication/ucm351748.htm


IND: What does the FDA 
need?
Submission to FDA of Single Use, expanded access 
for IND



FDA Requirements in a non-Emergent
Situation (Compassionate use):
In a non-emergency situation, the treating 
physician should submit to the FDA a written 
request for the use of the unapproved drug for 
individual patient use before shipment of and 
treatment with the drug may begin. The IRB 
should approve this request before use.

The IRB is available to help you in this process. 



FDA Requirements in an 
Emergency Situation:
The treating physician can ask the FDA to 
use the drug before providing the IND 
submission.  This request may be made via 
telephone or email, and authorization to 
ship and use the drug may be given by the 
FDA official over the telephone/email.  The 
treating physician should submit a 
complete written request within 5 business 
days of the use to the FDA and IRB.



IDE: What does the FDA 
need?
Submission to FDA for a Single Use, expanded 
access for IDE



FDA Requirements in a non-Emergent 
Situation (Compassionate use):
 FDA approval and IRB concurrence or 

approval is required before the use of the 
device. The submissions to the FDA and 
IRB can occur simultaneously, but both 
are needed before use.

 A written Expanded Access IDE 
supplement must be submitted for review 
and approval by the FDA prior to use.  



FDA Requirements in an 
Emergency Situation:
The FDA does not require notification prior to use of 
an investigational device in an emergency  situation; 
however, the expectation is that the physician take 
as many of the following steps as possible:
 Obtain a written assessment of the use of the 

device by an uninvolved physician. 
 Obtain documented informed consent from the 

patient or his/her Authorized Legal Representative; 
 Obtain documented authorization from the holder 

of the IDE for the Investigational Medical Device, if 
an IDE exists. 



What does the IRB need?
Submission to IRB for a Single Use, expanded access 
for IND or IDE



IRB Requirements:
 Except for Emergency Use situations when it’s 

not possible to obtain prospective IRB review, 
the IRB must approve in advance any 
Expanded Access use of an unapproved 
drug or device. 

 In Emergency Use situations in which 
prospective IRB approval cannot be 
obtained, the Investigator must notify the IRB 
of the Emergency Use within 5 business days 
of its occurrence. 



What to Submit to the IRB:
 A copy of the informed consent that was 

or will be used, if applicable. 



Important Note:
The IRB does not require  you to delay 
treatment in an emergency situation! 

You can use the drug or device and report 
the use to the IRB within 5 business days. 



What to Submit to the IRB:
A copy of all information submitted to the FDA 
in connection with the Expanded Access use 
request. For example:
 Reason for Intended Treatment
 List of available therapeutic options that 

would usually be tried before using the 
Investigational New Drug or Device

 Dose and method of administration for the 
Investigational New Drug and a description of 
any clinical procedures. 



Note for Expanded 
Access/Compassionate Use of 
a Device with an IDE:

Full Committee Review: For Compassionate 
Use for a small group of patients, as 
opposed to a single individual, a complete 
IRB submission and review is required.



IRB Requirements:
The Convened IRB will review all materials 
submitted in support of an Expanded 
Access request and determine if the 
submission satisfies the regulatory 
requirements for the type of Expanded 
Access requested.



Steps Required following use 
of the Drug or Device:
 A licensed practitioner who holds the 

expanded access IND or IDE is a "sponsor-
investigator" and is responsible for 
meeting all applicable sponsor 
responsibilities as well as investigator 
responsibilities.  

 FDA reporting requirements include 
submission of progress reports.  

FDA Title 21, Code of Federal Regulations, Part 812.36.



Resources available:
The FDA has a number of documents 
including guidance and an FAQ. 

o FDA expanded access Q & A
o FDA guidance on request for individual IND

http://www.fda.gov/downloads/Drugs/GuidanceComplianceRegulatoryInformation/Guidances/UCM351261.pdf
http://www.fda.gov/Drugs/DevelopmentApprovalProcess/HowDrugsareDevelopedandApproved/ApprovalApplications/InvestigationalNewDrugINDApplication/ucm107434.htm


Regulatory 
Guidance:
 21 CFR 312.300 

(Subpart I)Expanded 
Access to 
Investigational Drugs 
for Treatment Use 

 IDE Reports
 IDE Early/Expanded 

Access

http://www.accessdata.fda.gov/scripts/cdrh/cfdocs/cfCFR/CFRSearch.cfm?CFRPart=312&showFR=1&subpartNode=21:5.0.1.1.3.9
http://www.fda.gov/MedicalDevices/DeviceRegulationandGuidance/HowtoMarketYourDevice/InvestigationalDeviceExemptionIDE/ucm046717.htm
http://www.fda.gov/MedicalDevices/DeviceRegulationandGuidance/HowtoMarketYourDevice/InvestigationalDeviceExemptionIDE/ucm051345.htm


Regulatory 
Guidance

 Physician 
Request for an 
Individual 
Patient IND 
under Expanded 
Access for Non-
emergency or 
Emergency Use

http://www.fda.gov/Drugs/DevelopmentApprovalProcess/HowDrugsareDevelopedandApproved/ApprovalApplications/InvestigationalNewDrugINDApplication/ucm107434.htm


Regulatory 
Guidance

 Individual Patient 
Expanded Access 
IND Form FDA 3926

https://www.fda.gov/media/98616/download


Ochsner IRB 
Resources for 
Emergency Use 
and Expanded 
Access

 Compliance 
checklist 
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Questions?
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