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Disclaimer

* The views expressed in this presentation
are those of the speaker, and do not

necessarily represent an official FDA
position
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Overview

 Qualification as part of broader COA
Initiative

« Update on FDA COA Qualification
Submissions and Related Activities

« FDA/EMA Parallel Qualification Reviews
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Qualification and the Broader
COA Initiative
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FDA’s Review of COAs to Support
Labeling Claims

Low Level of Confidence for Drug Developers & FDA High
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Update on FDA COA
Qualification Submissions and
Related Activities
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COA Qualification Projects

COA DDT Stage Number in Stage as
of Q1 2015

Initiation Stage 23

Consultation and Advice Stage (C&A) 30

Review Stage 2

Total 55

Qualified for Use in Exploratory Studies 1
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Drug Development Tool (DDT) Qualification
Projects at CDER, FDA

This Table provides the current[1] number of active CDER Drug Development Tool (DDT) Qualification projects

overall and by Program. Numbers are also provided by stage. Refer to DDT Contacts and Submitting Procedures

for contact information for each DDT Program.

Total Number of
Active Projects

Number in Initiation
Stage

Number in
Consultation and

Advice Stage

Number in Review
Stage

Number Qualified

All Drug Development Tool
(DDT) Qualification

Programs

29

52

[1] Numbers are updated on a quarterly basis.
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COA Qualification Challenges in 2014

e Limited Staff Resources
— Study Endpoints staff in 2014 = 5

« Delays in responses to COA qualification
submissions
— Continuing to work through the backlog from 2014

« Unable to accept all proposed projects into
gualification program
— Decisions made by weighing staff resources with

anticipated public health benefit and
measurement gap proposed to be filled
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COA Qualification Successes in 2014

e EXACT-PRO qualification and DDT Qualification final
guidance

e Added Qualification Q&As to website

* Interest and growth in COA qualification program
continues

e Continued partnerships
— Among review divisions and Study Endpoints Staff

— With regulators, consortia, individual investigators,
academics, other government partners, and patient

groups
— Among FDA and EMA

11
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COA Qualification 2015 and Beyond

e Improved COA Staff Resources
— Study Endpoints staff in 2014 =5
— Study Endpoints staff in 2015 =11

* In the process of establishing timely and realistic
response timelines

e Continuing to carefully evaluate proposals in
order to use resources strategically
— Goal with qualification is to fill the most needed

measurement gaps and maintaining timely responses

to submissions
12
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COA Qualification 2015 and Beyond

e Letters to Qualification Submitters, requesting:

— Status updates

— Permission to share qualification efforts publically
(e.g., compendium)

e Continue to partner with various stakeholders
(e.g., consortia, academic investigators,
pharmaceutical companies, patient groups) to
develop and ultimately qualify needed patient
focused outcome measures

13
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Parallel Qualification Activities with EMA
Joint Letter of Intent template for submissions to both FDA and EMA

http://www.fda.gov/Drugs/DevelopmentApprovalProcess/DrugDevelopmentToolsQualificationProgram/ucm422888.htm
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Joint FDA/ EMA Letter of Intent (LOI)
Submissions for Biomarker and Clinical Outcome

Drug Development Tools M —

AR Assessment Qualification Programs

Animal Model Qualification A Joint Letter-of-intent (LOI) t late to enable efficient parallel submissions to the US FDA and EMA for

Program Drug Biomarker Qualification or Clinical Outcome Assessment Qualification.

Biomarker Qualification Program The United States (US) Food and Drug Administration (FDA) and the European Medicines Agency (EMA) are
launching a joint letter of intent (LOI) template to encourage parallel submissions to these agencies for qualification

Clinical Quicome Assessment of biomarkers or clinical outcome assessments. As noted in the template, some sections of the form are specific for

Qualification Program the FDA or EMA. This joint template is intended to reduce the submitter's preparation time. However, it is not a

requirement for joint submission to FDA and EMA—the submitter may still choose to send in the agency-specific
form for the LOI to each agency.

When joint LOIs for DDT qualification are submitted to FDA and EMA, the two agencies share scientific
perspectives, advice, and response letters for the submitters._

There are three stages in the DDT qualification process at both the agencies, with minor differences in
nomenclature as shown in the table below:

1 Initiation Pre-submission

2 GConsultation and Advice Consultation and Advice by the Secretariat

& Review Review by the Scientific Advice Working Party




Parallel Qualification Activities with EMA

« We encourage submitters to consider engaging in
qualification with both FDA and EMA

« Currently, 4 qualification efforts are underway with FDA
and EMA (“parallel review”)

« Goal of parallel review: coordination and
harmonization fo the extent possible in order to
minimize conflicting advice and decisions from
EMA and FDA

— Given different regulations, parallel reviews unable to
be consensus defining

— Both agencies make individual qualification
recommendations and decisions and issue
independent response letters 15



Parallel Qualification Activities with EMA

« FDA participates as observers in EMA-submitter
meetings/teleconferences and EMA participates as
observers in FDA-submitter meetings/teleconferences

« Quarterly meetings for FDA and EMA to discuss status
of ongoing DDT projects and opportunities for
collaboration

« Ad hoc meetings (and email communication) to discuss
individual DDT projects, including scientific questions,
timelines, and process

« Each Agency shares response letters with the other
Agency when sending to submitters
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Thank you
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