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Disclaimer

» The views and opinions expressed in the following PowerPoint

slides are those of the individual presenter and should not be
attributed to Drug Information Association, Inc. ("DIA"), its
directors, officers, employees, volunteers, members, chapters,
councils, Communities or affiliates, or any organization with
which the presenter is employed or affiliated.

These PowerPoint slides are the intellectual property of the
iIndividual presenter and are protected under the copyright laws
of the United States of America and other countries. Used by
permission. All rights reserved. Drug Information Association,
Drug Information Association Inc., DIA and DIA logo are
registered trademarks. All other trademarks are the property of
their respective owners.




AIDS Cirisis: Patients Demand Access
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1980s: Ripe for Patient-Driven Reform

» U.S. drug approvals among world’s
slowest

» Underfunded FDA has huge backlog of
drug applications

» Reviews take years




1990s: System Resets for Access

» PDUFA | eliminates “drug lag”

» Accelerated Approval speeds access in
high-need settings

» FDAMA (which includes PDUFA II)
expands FDA mandate from
“protecting” to “promoting” public health




Patient Perspectives

“There still is not a cure, but because of some of
the new drugs, a lot of us have been able to get
back to work.”

James Swire, AIDS Activist and Health Educator
June 1997




2004: Risk Tolerance Plummets

» Chiron flu vaccine suspended
» Rofecoxib withdrawn
» Antidepressants get black box warning

» Congress pressures FDA to require
proof of the absence of risk

» Investment and access suffer




Natalizumab Sparks Patient-Driven Change

» Accelerated Approval in November 2004 based on
reduced relapse rate

» Withdrawn February 2005 due to one confirmed fatal
case and one suspected case of PML in trials

» By 2006, 3 confirmed cases in ~3,500 patients treated
In trials

» Confirmatory data showed
— Significant reductions in progression of disability (primary
endpoint vs. placebo)

— Sustained reductions in relapse rates ~2x better than other
drugs (based on cross-trial comparisons)




Patient Perspectives

“Roughly 25% of us have been failing on

medication, progressing. The aggregate risk of us
not having the drug on the market is far greater
than the risk of PML.”

Mike Barron, Patient with MS
February 2006




Patient Perspectives

“If someone tells me Tysabri will take 10 years off
my life but I'll have the quality of life | had a year
ago when | was taking it, I'd take it.”

Bartira Tiburtius, Patient with MS
March 2006




Patient Perspectives

"People with MS have the right to decide what
risks are acceptable to us."

Cheryl Bloom, Patient with MS
March 2006




Today: System Resets Around Patients

“Patients are the experts in living with their disease or
condition, the outcomes that are most important to
them, and how they weigh benefits and risks.”

Jeff Shuren, Director of FDA’s CDRH
May 2, 2019




C3G Patients Express Risk Tolerance
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Patient Perspectives

“I will go to pretty great lengths to preserve my
Kidney function. That is my number one priority.”

Lindsey Fuller, Patient with C3G

August 2017




Patient Perspectives

‘I am home-bound and bed-bound 80% of the
time. | am willing to accept significant risks to
escape from this disease.”

Matina Nicholson, Person with CFS

April 2013




Patients Quantifying Preferences @
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A Community-Engaged Approach to Quantifying Caregiver
Preferences for the Benefits and Risks of Emerging Therapies

APublic

for Duchenne Muscular Dystrophy

Holly L. Peay,

"Parent Project Muscular Dystrophy, Hackensack, New Jersey; and *Department of Health Po
and Management, Johns Haopkins Bloomberg School of Public Health, Baltimore, Maryland

ABSTRACT

Background: There is growing agreement that reg-
ulators performing benefit-risk evaluations should take
patients’ and caregivers' preferences into consideration.
The Patient-Focused Drug Development Inidative at the
US Food and Drug Administration offers patients and
caregivers an enhanced opportunity to contribute to
regulatory processes by offering direct testimonials. This
process may be advanced by providing scientific evi-
dence regarding treatment preferences through engage-
ment of a broad community of patients and caregivers.

Objective: In this article, we demonstrate a
community-engaged approach to measure caregiver
preferences for potential benefits and risks of emerging
therapies for Duchenne muscular dystrophy (DMD).

Methods: An advocacy oversight team led the
community-engaged study. Caregivers’ treatment pref-
erences were measured by using best—worst scaling
(BWS). Six relevant and understandable attributes
describing potential benefits and nsks of emerging
DMD therapies were identified through engagement
with advocates (n = 5), clinicians (n = 9), drug
developers from pharmaceurtical companies and
academic centers (n = 11), and other stakeholders
{n = §). The atrributes, each defined across 3 levels,
included muscle function, life span, knowledge about
the drug, nausea, risk of bleeds, and risk of arrhyth-
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Intense Desire for Access
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Right to try prairie fire
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FDA TO FACILITATE ACCESS
TO UNAPPROVED DRUGS

BY STEWVE LSDIN, WASHIMNGTON EDETOR
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Patients’ Academy Perspective

» Decisions with respect to benefit-risk should rest with patients

» Patients should be consulted early on in R&D, as partners with
unique knowledge that can improve programs

» Patients with life-threatening or debilitating illness OFTEN
prioritize access over risk

» BUT preferences and risk tolerance change over time in ways
that cannot be assumed

» Patients must be properly informed in order to make benefit-
risk decisions




Thank You

Susan Schaeffer
President & CEO
The Patients’ Academy for Research Advocacy

susan@patients-academy.org
@BiotechSusan | @AcadForPatients

, Join the conversation #DIA2019

DIA2019

GLOBAL ANNUAL MEETING
SAN DIEGO | JUNE 23-27



mailto:susan@patients-academy.org

	Perspectives on Benefit, Risk and Access
	Disclaimer
	AIDS Crisis: Patients Demand Access
	1980s: Ripe for Patient-Driven Reform
	1990s: System Resets for Access
	Patient Perspectives
	2004: Risk Tolerance Plummets
	Natalizumab Sparks Patient-Driven Change
	Patient Perspectives
	Patient Perspectives
	Patient Perspectives
	Today: System Resets Around Patients
	C3G Patients Express Risk Tolerance
	Patient Perspectives
	Patient Perspectives
	Patients Quantifying Preferences
	Intense Desire for Access
	Patients’ Academy Perspective
	Thank You

