HEALEY ALS Platform Trial

Weekly Q&A — Oct 15, 2020
Sabrina Paganoni, MD, PhD
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AGENDA

* Brief review of the HEALEY ALS Platform Trial
 Updates

- Enrollment

- Sites

- Patient Navigator
* How to stay in touch and find a site near you

YOUR QUESTIONS



HEALEY ALS Platform Trial
»Accelerates ALS Therapy Development
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Perpetual adaptive trial-
Open Label Extension offered

Healey Center

Sean M. Healey & AMG Center
for ALS at Mass General

Open Label
| m Extension
|\Ra/ Pharma I '

Placebo Open Label
: e 31 O Extension
Screening 5 Randomization b?ohaven
Assignment within each | im0 *pharmaceuticals
Regimen Placebo Open Label
(n=160 for . P Extension
each regimen) (n=120 for active drug; 4
n=40 for placebo) cLene

Placebo

Screening 24 weeks on study drug (active:placebo = 3:1)

» Treatments were selected by ALS scientists and experts based on a competitive process
» The platform opened with the first 3 treatments — enrollment started in July 2020

» The next treatment will be added soon (pridopidine by Prilenia)

» We are in discussion with 3 companies for 2021!



Enroliment Updates (as of Oct 15, 2020)

* 127 individuals with ALS signed informed consent

* 74 are currently on study drug

We will continue to update the ALS community on enrollment (website, webinars)



List of Enrolling Sites as of Oct 15, 2020

More will be added soon

% Texas Neurology [~ University of Nebraska Medical Center
~ MGH [¥" Loma Linda

~ UTHSCSA " University of Washington

" Hospital for Special Care (%" University of lowa

% Holy Cross Hospital ¥~ Washington University

~ Thomas Jefferson " University of Pennsylvania

%" Houston Methodist 14" University of Michigan

[ Henry Ford Health System [¥" Forbes Norris MDA/ALS Research Center, CPMC
[ Barrow Neurological Institute  Penn State Hershey

[~ Ohio State University " UMass
%" Northwestern University [¥” University of Miami

v~ Wake Forest




Patient Navigator

Catherine Small
Allison Pogemiller

Phone: 833-425-8257 (HALT ALS)
E-mail:healeyalsplatform@mgh.harvard.edu



mailto:healeyalsplatform@mgh.harvard.edu

How to Find a Center Near You

25 sites are actively enrolling

oy, 2B More will be added soon!
: 9°o 9 eg
S Contact Info of Participating Sites by State

List of Participating Sites by State
Contact
Ste | State .
nnnnnnnnnnn
Barrow Neurological Institute Arizona Jessie Duncan

https://www.massgeneral.org/neurology/als/research/platform-trial-sites




How to Receive Platform Trial Updates

Sign up for the ALS Link Newsletter (for info on this trial and other research opportunities)

Not sure which trial might be right for you? The Healey Center Enroling ALS Trials &
for ALS offers coordination services to help you understand SHEDD
your options and make the best choice for your individual o

situation. Publications >

Sign Up for ALS Link »

Introduction to Clinical Trials

ALS Platform Trial

https://www.massgeneral.org/neurology/als/services/clinical-trials-enrollment-coordination
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