
Thank you for joining the Leap Day Special webinar!

We are admitting audience members from the waiting room.

Please allow a few moments for the webinar to begin. 



HEALEY ALS Platform Trial
Weekly Q&A ï February 29, 2024



Thank You

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

 



ALS Therapy Options Are Expanding
ÅDisease Modifying Medications - 4 approved drugs in the US

 *Riluzole (1995)

 *Radicava (edaravone; 2017-IV; May 2022-oral)

 *Relyvrio (PB and TURSO; September 2022)

 *Tofersen, SOD1 (April 2023)- first ALS approval under the accelerated approval pathway

ÅMedications and supportive care to treat symptoms 

      Early diagnosis and access to care are paramount



Short-Term and Long-Term Goals:

ÅSlow/Stop ALS
ïLikely to require a cocktail of 

products

ïTargeted drugs, if applicable 

ÅPrevent ALS

ïGene carriers

ÅReverse ALS

Å> 250 companies in ALS 

space

ÅActive clinical trial networks

ÅEngaged patient population

ÅEngaged, collaborative 

foundations





Regimen C

Regimen B

Regimen A

Regimen D

Regimen E

Regimen F

Regimen G

COMMON 

PROTOCOL

Regimen: Active Study Drug + Matching Placebo 

Common protocol and shared infrastructure allow for operational

 and scientific efficiencies

1 Protocol

(Phase 2/3)

1 single IRB
Central Governance

7 Regimens

70+ Enrolling Sites

~1300 Participants

Enrolling

Enrolling



A- Zilucoplan B- Verdiperstat C- CNM-Au8 D- Pridopidine E- Trehalose
F- ABBV-CLS-

7262
G- DNL343


