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TOPIC SPEAKER
Overview of the Rare Disease PFDD Guidance Annie Kennedy — EveryLife Foundation
Compendium Project
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Kristin Van Goor — Vertex
Orientation to the Guide Kim McCleary — The Kith Collective
Discussion of Resources Annie Kennedy
Eric Gascho — National Health Council
Wrap-Up Annie Kennedy
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INTRODUCTION

» Multi-stakeholder, collaborative effort designed to inform the understanding of how patient-focused medical
product development and related FDA guidances can be applied to development of therapeutics for rare
diseases

» Series of four virtual workshops of PFDD leaders to consider the application of FDA guidances across four
lifecycle stages of medical product development to identify challenges and opportunities specific to rare
diseases

» Develop an accessible Guide for use by all stakeholders involved in the rare disease therapeutic
development ecosystem to embed the perspectives of the people living with a rare disease in the
development of therapeutics.
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Project Leadership Project Steering Committee
Annie Kennedy, EveryLife Foundation Jennifer Bright, The Innovation & Steve Morin, Merck
Victoria Dohnal, BIO (Aug. 10, 2021 — Nov 2021)  Value Initiative Amy Nicole Nayar, Novartis
Kate Donigan, BIO (beginning Dec 2021) Nimi Chhina, BioMarin Cara O’Neill, Cure Sanfilippo
Eric Gascho, National Health Council Ryan Fischer, PPMD Foundation
Danielle Friend, BIO (through Aug. 7, 2021) Emily Freeman, Lundbeck Samantha Roberts, Genentech
Maria Apostolaros, PhRMA Danielle Friend, J&J Sean Tunis, Rubix Health
Christine Harhaj, PhARMA Lauren Hetrick, AbbVie Pujita Vaidya, Amgen
Kim McCleary, Kith Collective Paul Howard, Amicus Therapeutics Kristin Van Goor, Vertex
Samantha Mayberry, Kith Collective Jill Jarecki, CureSMA

Alexis Miller, Merck
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Perspectives on the
Need for and Benefit of the Initiative & Guide

Ryan Fischer — PPMD
Kristin Van Goor — Vertex
Cara O’Neill — Cure Sanfilippo Foundation
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BUILDING
RELATIONSHIPS

THAT LAST

The expanding practice of patient-focused
therapy development in rare disease has
provided new and increased opportunities for
patient advecacy organizations and sponsors
to collaborate.

et these relationships have unique charactedstics and
may be unfamiliar - if not uncomforeable — at least st
first, Dne party ar the other may have limited experience
with the "warld™that the ather inhabits. Afer all,

patient advocacy organizations and biopharmaceutical
carmpanies are very difierent entities, although both
miy be dedicated to impraving and sxtending patienss”
fives. That shared goal 4 8n important one and can be &
touchstons Lo guide intemctiens.

Ackrowledging challenges each may perceive or
encounter in establishing and maintaining & productive
relationship can help smoath the path. Thens might

be concems about conflicts of interest or not having
adequate processes in phace 1o interact smoothly, Patient
advocacy organizations' hesitation may stem from a lack
of understanding of the therapy development process
and an sppropriate way e inform it They may sles sk
caparity o be wary based on prier expariences with

industry where rutual benefit was not schieved

Timing of outreach can be an isue for sporsars. They
may be hesitant to engage patients eary in product
development 1o avoid raising prematune hopes. They may
b reluctant 1 approach sn advocscy organization for
the first time in [ster developrment stages of a program,
fearing eriticism for nat having engaged sesner, There

might akio be concens about perceptions of appearing
promational and the potentis| disclosure of sengitive
information sll slong the
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Thank You!

With sincere appreciation to the following
individuals who made extensive contributions
: - to the design and convening of the workshop
Guide To Patient series and development of this guide.
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Rare Disease

Thera py Annie Kennedy, EveryLife Foundation Jennifer Bright, The Innovation & Value Initiative
Victoria Dohnal, BIO (Aug 2021 — Nov 2021) Nimi Chhina, BioMarin

Kate Donigan, BIO (beginning Dec 2021)  Ryan Fischer, PPMD

Eric Gascho, National Health Council granrilisélllzereFerirgig’ hgjdbeck

Danielle Friend, BIO (through Aug. 7, 2021) ’

, Lauren Hetrick, AbbVie
Maria Apostolaros, PhRMA Paul Howard, Amicus Therapeutics

Project Leadership Project Steering Committee

Development

Christine Harhaj, PhARMA Jill Jarecki, CureSMA
A PUBLICATION OF THE RARE DISEASE PFDD COMPENDIUM WORKSHOP SERIES Kim McCIeary, Kith Collective Alexis MiIIer, Merck
Samantha Mayberry, Kith Collective Steve Morin, Merck

Amy Nicole Nayar, Novartis

Cara O’Neill, Cure Sanfilippo Foundation
Samantha Roberts, Genentech

Sean Tunis, Rubix Health

Pujita Vaidya, Amgen
Kristin Van Goor, Vertex
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