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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. ldentify 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

www.fda.gov 3
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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 .ﬂ

e 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

www.fda.gov 5



Access to Treatment
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Clinical Trials
Goal is research
Provide necessary
data to determine
safety and
effectiveness
Most efficient path to
market and broad
availability
https://clinicaltrial.gov
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Goal is access to
treatment

Represents opportunity
when other options are
exhausted
https://www.fda.gov/ne
ws-events/public-
health-focus/expanded-
access
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Expanded Access Program

Non-Emergency Emergency

Intermediate Treatment
Size Population :
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Types of Applications

Single Patient

Emergency Non-Emergency

Meets definition of Expanded Access and,

No time to submit
Favorable

required : .
; risk/benefit
documents .
s Does not interfere
Treating in lieu of ’ w
with clinical

IRB/board
development
www.fda.gov member approval




Eligibility criteria

Immediate Not eligible or Exhausted all other

life-threatening or cannot access a treatment options
serious disease/ clinical trial
condition

www.fda.gov 9



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)

www.fda.gov
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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

www.fda.gov

FOA
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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

www.fda.gov 12



C:

Initiates request, oversees the
patient’s treatment, and provides
annual updates to the FDA

Assists in completing the Expanded
Access request, reviews the application,
and determines if the treatment may
proceed

Oncologist

Institutional Pharmaceutical

Review Board Company
Ve £
2082, O o O :
> momm -

Reviews Expanded Access protocol and
informed consent to ensure the patient is
informed about the nature of treatment

Determines if the product will be
provided under Expanded Access and
issues a Letter of Authorization to the

www.fda.gov treating physician 13



Physician/Sponsor Responsibilities

www.fda.gov

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
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“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.”

www.fda.gov 15
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Addressing Barriers

Unknowns

Number of patients
requesting Expanded
Access

Reasons for industry
denials

Patient outcomes:
benefits, adverse events

Knowns

Potential unequal access
Perception of
burdensome process

Not enough resources
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Addressing Barriers

Unknowns

Collecting metrics on
applications
Recording reasons why

applications are denied
Long-term surveillance

Knowns

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

www.fda.gov 18



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 v, —_—
— Assistance filling out Form FDA 3926, if needed j
e Efficiency in processing v —

e (Collection of metrics

* Annual report reminders/Follow up

www.fda.gov 19
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Industry
Agreement

www.fda.gov

Application:

IRB, Support,
Routes of
Submission
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Industry

Agreement]

Agreement

Letter of
Authoriza
tion
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Industry

Agreement

Contact

* Reagan Udall
Foundation
* Company Directory

Agreement

* Contracts
* Letter of Agreement

Letter of Authorization

* Letter of Cross-Reference
* Specific to your patient

23
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* Patient’s medical and therapy
history
Treatment, monitoring and
dose-modification plan
Signed by treating physician

E\,A | ® Letter of Authorization

CV or Resume of treating
physician

Can be abbreviated

*can fill in Section 7 of
the 3926

7. Physician’s Qualification Statement (mmwmma,m(dmm,nmw,mnm '
license number, current employment, and job title. Alternatively, attach the first fow pages of physician's curriculum vitae (CV),
provided they contain this information, If attaching the CV electronically, use normal PDF functions for file attachments.)

FUA
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[Safety Reports,’
Amendments

Annual

Reports

www.fda.gov




53 ) Submit follow-ups digitally or by paper.
/. PFdoes not accept emailed follow-ups

except for emailed safety reports
www.fda.gov

Safety Initial and Follow-Up
Reporting
* 15-day report
* 7-dayreport
* Follow-up IND Safety
Report

* Due every anniversary

* Summary information

* Suspected adverse events
due to the inv. product

* Patientno longeron
investigational product
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Industry as a Sponsor

* Physician’s CV/information

* Industry responsible for reporting
— Safety reports
— Annual reports
— Protocol Amendments

— Withdrawals

www.fda.gov
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LU

FOUNDATION

Provides clear, factual informationin an
online platform

Takes users step-by-step through the process
of expanded access requests

CONBIRLRINA SINNLE PALILRE LA
Serves as a roadmap for single-patient satauasss

* SEAMATTING TH THL 104
expanded access requests that inform B
patients, physicians and companies exploring
EA




EXPANDED ACCESS "

NAVIGATOR

Expanded Access (EA) may be considered for patients who have exhausted their treatment
options and are not eligible for, or able to participate in, a clinical trial.

EA ~ 3ls0 known 25 comprassiomate use, ramed-patient use, or single-patient access - provides some patients who have cerious of life - threatening diseases or conditions with
Becess 1o investigationdd treatments not approved by the U5, Food and Drug Administration (FOR). The Reagan-Udail Foundation's Expanded Access Navigator provides
physicians, patisnts, and Ciregivars with guidance on EA and related togics. Scrofl down 1o Begin using the Navigator

N/

Features portals for providers, patients/caregivers and companies

Explains role of FDA in expanded access and importance of reporting requirements
Connects providers, patients and caregivers to investigational therapies
Supplements Project Facilitate

Allows companies to demonstrate compliance with laws mandating public expanded
access policies

Promotes greater patient equity

www.fda.gov
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REAGAN‘UDALL

FOUNDATION

for tha Foud and Drug Admristeatos

AR CDEEGHIJK
Company Name

Abbvie

EA Webpage Clinicaltrials.gov

Expanded Access Listings

Achillion Pharmaceuticals

EA Webpage Clinicaltrials.gov

GuEs COMPANY DIRECTORY RESOURCES

COvID-19

LMNQPOQRSIUYWXYZ

Phone Number & Email

AbbwePAA T shibvia com

(215).709:3040

globsmegcalaftars o gchillon com

Company Acknowledgoment

2 business day!
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QEAGAN-UDAL‘
ABQUT CUIDES CONPANY DIRECTORY RESOUR @ Q
FOUNDATION

far te Food ard Drug Adrrinatrstion

Expanded Access - aiso known as compassionate use, named-patient use, or single-patient access - provides some patients
who have sericus or life-threatening disaases or conditions with access to investigational treatments not approved by the U.S
Food and Drug Administration (FDA). The Reagan-Udall Foundation's Expanded Access Navigator provides physicians

patients, and caregivers with guidance on EA and related topics. Scroll down to begin using the Navigator

Select the step-by-step guide best matching your needs.

For Physicians ard

For Pabents and Caragivers Heathcare Proviciens For Companies and Sporsor

www.fda.gov
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gEABAN-UBA

FOUNDATION

FOR THE FOA

Expanded
Access
eRequest

Physicians Electronically request non-amarge

rmedical products for your patients

ation for Pationts a

C

Get Started

Submit Apphication

Contact Us

Resources v

Sign In
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Expanded Access Resources

* Patients and Non-Oncology Healthcare Professionals
* Reagan Udall Foundation
*  Website:
* FDA Division of Drug Information (DDI)
*  Website:

*  (855) 543-DRUG or

* Oncology Healthcare Professionals
* Project Facilitate
*  Website:

* (240) 402-0004 or
* Reagan Udall Foundation
* EA Navigator:

www.fda.gov




Clinical Review

e Safety
— Risk vs Benefit

e Effectiveness
— Established scientific evidence

e Alternate options
— Established therapies
— Clinical trials

www.fda.gov
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Safety

e Risk vs Benefit

* Treatment Plan
— Monitoring Plan

— Dose Modification Plan

www.fda.gov

37



Safety

* Clinical trial data
— Age
— Indication
* Dose limited toxicities (DLT)

e Common adverse events (AE)

e Class-wide AEs

www.fda.gov
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Efficacy

e Clinical trial data

— Indication

— Biomar

kers and mutations

* Intermediate endpoints

e Other ex

www.fda.gov

nanded access data
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Chemistry and Manufacturing

* FDA CMC Reviewer
* Certificate of Analyses

— Assures identity, purity and potency

e Lot/batch information

e Expiration dates
e Other CMC data: DS/DP

www.fda.gov 40



Successful Application

e Letter of Authorization

* Rationale
— Failed established treatment options
— Scientific evidence

* Indication
* Age

* Duration

* Responsive to FDA information requests

www.fda.gov
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FOA

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

42
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[ ] [ ]
ONCOLOGY CENTER OF EXCELLENCE F a C I I I t a t e

Assisting healthcare providers with requests for access to investigational oncology products

DO YOU NEED HELP SUBMITTING A SINGLE PATIENT IND EXPANDED ACCESS (EA) REQUEST
(ALSO KNOWN AS COMPASSIONATE USE) FOR A PATIENT WITH CANCER?

...FDA’s Oncology Center of Excellence (OCE) can help:

* Locate IRB resources
« Find an EA contact for a drug/biotech company
» Complete Form FDA 3926

8:00 AM - 4:30 PM Eastern Time (M-F)
Phone: (240) 402-0004
Email: OncProjectFacilitate@fda.hhs.gov www.fda.gov/oce

Patients: Talk to your healthcare provider to discuss whether expanded access is an appropriate option.

After Hours Emergency Requests: Contact FDA's emergency call
center at (866) 300-4374

www.fda.gov 43
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Questions?

Mitchell Chan, PharmD, BCPS
Lieutenant Commander, US Public Health Service

Project Facilitate
OCE | US FDA



