
Thank you for joining the webinar!

We are admitting audience members from the waiting room.

Please allow a few moments for the webinar to begin. 
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Regimen C

Regimen B

Regimen A

Regimen D

Regimen E

Regimen F

Regimen G

COMMON 

PROTOCOL

Regimen: Active Study Drug + Matching Placebo 

Partnership, progress, and the pathway forward

1 Protocol

(Phase 2/3)

1 single IRB
Central Governance

7 Regimens

70+ Enrolling Sites

~1400 Participants

Thank You !  

Common protocol and shared infrastructure allow 

for operational and scientific efficiencies
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Zilucoplan
by UCB

Regimen A

Verdiperstat
by Biohaven

CNM-Au8
By Clene

Pridopidine
by Prilenia

Trehalose
by Seelos

ABBV-CLS-7262
by Calico &

 AbbVie

Regimen B

Regimen C

Regimen D

Regimen E

Regimen F

Considering

Phase 3 Trial

DNL343
by Denali

Regimen G

Considering

Phase 3 Trial

Summer 2020 2021 2022 2023 - 2024

The HEALEY ALS Platform Trial is designed to provide decisive answers

 and direction with efficient execution



Schema for Each Regimen

Placebo

Active

Screen for eligibility Randomization 3:1 Active

Active Treatment Extension Screening Period Placebo-Controlled  Period

The objective of each regimen is to provide a go / no go decision to inform

 the clinical development program of the regimen study drug

Primary Endpoint (Placebo-Controlled Period)

Change from baseline in disease severity as measured by the ALSFRS-R total score and survival 

Safety, Secondary, and Exploratory Endpoints 
(respiratory function, muscle strength, survival, biomarkers + regimen-specific endpoints)
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DNA – whole genome sequencing

Neurofilaments –for all regimens 

Biomarkers (Blood, Urine, CSF) – several drug-specific biomarkers

Speech Analysis – emerging digital biomarker

Home Spirometry – critical during the pandemic

Additional biomarkers/outcome measures for upcoming regimens (new patient-
reported outcomes; PBMCs for stem cell generation)

Platform trials are a unique opportunity to advance science 

Endpoint 

Development 

Engine



https://bit.ly/3BeickX

View Press Release:

MDA awards $500,000 grant to accelerate ALS research through the

  HEALEY ALS Platform Trial 

This grant will bolster the trial's capacity to explore new biomarkers, enhance patient outreach 

and recruitment, and engage with the FDA to adapt the trial based on previous experience.

https://bit.ly/3BeickX


https://bit.ly/3zWwm9C 

“We are thrilled to work with PharmAust leadership  

to design their regimen to investigate Monepantel for 

people with ALS.” 

Merit Cudkowicz, MD, MSc

Director, Sean M. Healey & AMG Center for ALS, Massachusetts General Hospital

View Press Release:

The HEALEY ALS Platform Trial is a perpetual, adaptive trial testing

  multiple investigational products

• Drug candidates for the Platform Trial are chosen by a group of expert 
ALS scientists (the Therapy Evaluation Committee) and members of 
the Healey & AMG Center Science Advisory Committee

• Industry partners from selected companies work with the Healey 
Center Trial Design Team, the Northeast ALS Consortium (NEALS), 
Barrow Neurological Institute and Berry Consultants to tailor a new 
regimen to their investigational product

https://bit.ly/3zWwm9C


Acceleration Centers of Enrollment (ACE) Initiative

https://bit.ly/3BhlYKg

View Press Release:

“By funding staff, training, and infrastructure, ACE is 

a vital step towards faster, more efficient research and 

ultimately, finding treatments and a cure for ALS.” 

Jennifer DiMartino

Executive Director of ALS ONE

• Support for the ACE initiative 
comes from an Anonymous donor, 
ALS ONE, the Les Turner ALS 
Foundation, and Never Surrender.

• The initiative will be led by a team 
of clinical investigators from Mass 
General, Northwestern and the 
University of Minnesota.

https://bit.ly/3BhlYKg


Navigating Clinical Trial Opportunities

• ClinicalTrials.gov – clinicaltrials.gov/

• ALS TDI Trial Navigator – www.als.net/als-trial-navigator/ 

• ALS Signal (I AM ALS) – www.iamals.org/get-help/als-signal-clinical-research-dashboard/ 

• NEALS – neals.org/als-trials/neals-affiliated 

• MDA – www.mda.org/research/clinical-trials 

• ALSA – www.als.org/research/finding-als-research-opportunities 

• International Alliance of ALS/MND Associations – www.als-mnd.org/support-for-pals-

cals/research/understanding-als-mnd-research/ 

https://clinicaltrials.gov/
http://www.als.net/als-trial-navigator/
http://www.iamals.org/get-help/als-signal-clinical-research-dashboard/
https://neals.org/als-trials/neals-affiliated
http://www.mda.org/research/clinical-trials
http://www.als.org/research/finding-als-research-opportunities
http://www.als-mnd.org/support-for-pals-cals/research/understanding-als-mnd-research/
http://www.als-mnd.org/support-for-pals-cals/research/understanding-als-mnd-research/


https://meeting.neals.org/

Registration deadline: 

October 21st

https://meeting.neals.org/


May 8, 2024 / 4:00 pm-5:00 pm

NEALS Educational Webinars

Access for ALL in ALS (ALL ALS) Consortium 

Hosted May 16, 2024 / 11:00 am- 12:00 pm ET

Visit the NEALS website 

to explore upcoming webinars or 

view previous recordings

https://bit.ly/3S4P0Sb

https://bit.ly/3S4P0Sb


REGISTER FOR FREE HERE

https://www.alsoneresearchsymposium.org/ 

https://interland3.donorperfect.net/weblink/weblink.aspx?name=E253535&id=226
https://www.alsoneresearchsymposium.org/


Upcoming Webinars: 

October 10th- EAP Discussion with Dr. Suma Babu and Prilenia Therapeutics

October 31st- Monthly Platform Trial Update

November 14th- EAP Discussion with Dr. David Walk and Never Surrender

November 21st- Monthly Platform Trial Update

Patient Navigation

 Central resource for people living with ALS

Phone: 833-425-8257 (HALT ALS)

E-mail:healeyalsplatform@mgh.harvard.edu

ALS Link sign-up:

 

Weekly webinar 

registration:

Catherine Small

Allison Bulat

https://bit.ly/3o2Ds3m https://bit.ly/3r6Nd2L

about:blank
about:blank
https://bit.ly/3o2Ds3m
https://bit.ly/3r6Nd2L
https://bit.ly/3r6Nd2L
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