
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. 



Monthly EAP community Q&A webinar

January 9, 2025



EAP Webpages and Resources

Link to EAP Website:

https://bit.ly/3uni3Ic

https://bit.ly/3uni3Ic


EAPs Then and Now

2018

Single-center 
EAPs began at 
MGH Healey 
Center

2021 - 2022*

Multi-center 
companion EAPs 
at 9 sites of the 
HEALEY ALS 
Platform Trial

2022 - 2024

NIH funding
Trehalose – 25 sites

Pridopidine – 45 sites

RAPA-501 – 10 sites

CNM-Au8 – 7 + 1 virtual site

2024 - 2025

New NIH-funded 
EAP announced
Ibudilast

*ACT for ALS signed into law on Dec 23, 2021
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Pridopidine EAP 2

More info: clinicaltrials.gov 

NCT06069934

[Status: No Longer Enrolling]

• Up to 45 sites

• Target enrollment: 200 ALS 
individuals who

– do not qualify for clinical trials at 
the enrolling site

– have established care at a 
specialized ALS center

• Same dose as HEALEY ALS 
Platform Trial Regimen D: 

– 45 mg twice daily (capsule)

• Two-year treatment duration

• Mechanism of action: sigma-1 
receptor agonist

➢ 32 sites activated

➢ 201 participants 
enrolled

➢ 2 screenings 
planned or in 
progress



6

CNM-Au8.EAP.04

More info: clinicaltrials.gov 

NCT06408727

• 7 sites + 1 virtual site

• Target enrollment: up to ~180 ALS 
individuals who 

– do not qualify for clinical trials at 
the enrolling site

– are able to consume 60mL of liquid 
by mouth or feeding tube

• Dose: 30 mg (60 mL) 

• Treatment duration up to 144 
weeks

• Mechanism of action: catalytically-
active gold nanocrystal 
neuroprotective agent that 
enhances intracellular energy 
metabolism and reduces oxidative 
stress

➢ All 8 sites activated

➢ ~180 participants 
enrolled
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RAPA-501 EAP

More info: clinicaltrials.gov 

NCT06169176

• Up to 10 sites

• Target enrollment: 40 ALS 

individuals who

– are not eligible for clinical trials 

– have a Vital Capacity < 50%

• Treatment duration: up to 4 

infusions (separated by six weeks 

between doses) with total duration 

of therapy and follow up being 8 

months

• Mechanism of action: autologous 

hybrid TREG/Th2 cells enriched 

for a dual anti-inflammatory 

phenotype 

➢ 9 sites activated

➢ Enrollment ongoing
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Ibudilast EAP

• 10-25 sites

• Target enrollment: 200 ALS individuals

• Webinar with Dr. Björn Oskarsson 
February 13th

[Status: In Start Up]

Press Release (Sept 24, 2024) 

https://bit.ly/4hb98gq

https://bit.ly/4hb98gq


Visit the NEALS website 

to explore upcoming webinars or 

view previous recordings

https://bit.ly/3S4P0Sb

Educational Webinar Opportunities

https://bit.ly/3S4P0Sb


Upcoming Webinars: 

January 23rd – Monepantel/NUZ-001 Drug Science with Neurizon Therapeutics

February 13th – Expanded Access Discussion with Dr. Björn Oskarsson

February 27th – Platform Trial Learnings with Biostatistician Lori Chibnik, PhD

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/3r6Nd2Lhttps://bit.ly/3CqGbhb

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