Thank you for joining theeap Day Specialebinar!
We are admitting audience members from the waiting room.
Please allow a few moments for the webinar to begin.

P : -
g -

LS -_._.\_a _ :
e
. - - - -




HEALEY ALS Platform Trial

Weekly Q&A T February 29, 2024

)

=T Massachusetts General Hospital

Founding Member, Mass General Brigham

—

Healey & AMG Center gaztits ALS

ASSOCIATION
Sean M. Healey & AMG Center for ALS

8 HARVARD at Massachusetts General Hospital R

&’ MEDICAL SCHOOL uscular
Dystrophy
Association

NEALS oz alsFINDINGACURE

#® TAMBOURINE
@) "ctinicar - BARROW
' IRNE:-EIATTJ?"; Neurological Institute®
ALS €& 2 RUNZREVIVE
riy & s
uch pClene &
%/ A 4 b&’)hhrgvter" ; nanomeoicive - QIHENIQ THE ARTHUR M. BLANK ~ sneBone e
Berry Consulfants FAMILY FOUNDATION MEETINGS

Slatislical Innovalion Corrnzaick i)

THERAPEUTIICS (@) Calico @ The AMG Foundation



The last leap day was February 29, 2020. As we reflect on
progress over the last four years, we are immensely grateful
to trial participants and everyone in the ALS community who
has supported research in many different ways.

Progress in ALS research and advances in clinical care
options would not be possible without your partnership

Thank You



ALS Therapy Options Are Expanding

A Disease Modifying Medications - 4 approved drugs in the US
*Riluzole (1995)
*Radicava (edaravone; 2017-1V; May 2022-oral)
*Relyvrio (PB and TURSO; September 2022)

*Tofersen, SOD1 (April 2023)- first ALS approval under the accelerated approval pathway
A Medications and supportive care to treat symptoms

:> Early diagnosis and access to care are paramount




Short-Term and Long-Term Goals:

A Slow/Stop ALS

I Likely to require a cocktail of
products

I Targeted drugs, if applicable

A Prevent ALS
I Gene carriers

A Reverse ALS

A > 250 companies in ALS
space

A Active clinical trial networks

A Engaged patient population

A Engaged, collaborative
foundations




Multiple mechanisms are implicated in ALS
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Common protocol and shared infrastructure allow for operational

and scientific efficiencies

COMMON
PROTOCOL

Regimen G

Enrolling

Regimen B
Regimen A

1 Protocol
(Phase 2/3)
1 single IRB
Central Governance

7 Regimens
70+ Enrolling Sites
~1300 Participants

Regimen: Active Study Drug + Matching Placebo
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