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Accelerating Access to Critical Therapies for ALS Act (ACT for ALS) Overview,
Outcomes, and The Case for Reauthorization

The Accelerating Access to Critical Therapies for ALS Act (ACT for ALS) was signed into law in December 2021 with
strong bipartisan support. ACT for ALS was designed to bridge a critical gap in ALS research and care—expanding
access to investigational treatments while building the scientific infrastructure and creating pathways to move
therapies to approval faster. The bill expires September 30, 2026. This overview lays out the major accomplishments of
the bill and the support for its reauthorization.

Building Collaboration and Data Infrastructure

The ACT for ALS established a public-private partnership with the Foundation for the NIH (FNIH) to launch the_
Accelerating Medicines Partnership for ALS (AMP®-ALS), bringing together federal agencies, scientists, companies, and
nonprofit organizations to share both existing and newly collected data to help identify new therapeutic targets. Its
newly- launched ALS Knowledge Portal provides open access to previous clinical datasets, as well as new data and
biosamples being collected, to support ALS researchers worldwide.

The public-private partnership between Critical Path for Rare Neurodegenerative Diseases (CP-RND) and FDA is
creating shared data standards and tools—such as biomarkers, modeling platforms and clinical outcome assessments
—to help the FDA evaluate treatments more efficiently. Biomarkers can help researchers understand a disease, track
its progression, monitor response to a study drug, and identify treatment targets.

The ALL ALS Consortium, created using ACT for ALS funding at the NIH, is conducting a large-scale natural history study
with over 1,200 participants already enrolled across dozens of sites and is collecting tens of thousands of samples,
which are deposited into the ALS Knowledge Portal. This natural history study is the largest of its kind in ALS and
generates open data and biospecimens that make research more representative of the community.

ACT for ALS also established a competitive Rare Neurodegenerative Disease Grant Program at FDA, designhed to
support research approaches, tools, and infrastructure relevant to ALS and other rare neurodegenerative diseases.
These grants fund work such as data collection methods, biomarker development, and clinical research capabilities
that can be leveraged across disease areas. By supporting research with broader applicability, ACT for ALS
strengthened ALS research while also contributing to shared progress across the rare disease community.

Together, these efforts have transformed how ALS research is conducted: creating a coordinated, transparent
ecosystem that improves both speed and access in drug development.
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https://www.congress.gov/117/plaws/publ79/PLAW-117publ79.pdf
https://fnih.org/our-programs/accelerating-medicines-partnership-amp/amyotrophic-lateral-sclerosis/
https://fnih.org/our-programs/accelerating-medicines-partnership-amp/amyotrophic-lateral-sclerosis/
https://ampals.synapse.org/
https://c-path.org/program/critical-path-for-rare-neurodegenerative-diseases/
https://www.all-als.org/
https://www.fda.gov/industry/grant-programs-support-development-medical-products-rare-diseases/fda-rare-neurodegenerative-disease-grants-program

The Case for Reauthorization: ACT for ALS
Les Turner ALS Foundation
lesturnerals.org
Redefining Expanded Access Programs (EAPs)

Approximately 90% of people living with ALS do not participate in clinical trials, particularly those who have lived with
the disease for more than two years or have complex health needs. The EAPs funded
under the ACT for ALS by NIH were created to change that.

Five research EAPs have been launched nationwide, giving more than 740 people access to promising therapies that
would otherwise be unavailable to them. All participants in these programs are individuals who do not qualify for a
traditional clinical trial.

Key Outcomes from EAPs under ACT for ALS
e Five research-based EAPs established nationwide.
e Qver 740 people provided access to investigational ALS therapies.
e New data generated on individuals typically excluded from trials.
e  Early success with tele-EAP models, expanding reach and access.
e Two of the therapeutic candidates in these EAPs are advancing to Phase 3 clinical trials.

Why Reauthorization Matters

Without reauthorization, the EAPs that now provide access to hundreds of patients will end, as will the ALL ALS natural
history study, and the data and collaboration infrastructure that now drives ALS research will lose federal support.
Reauthorization will:

e Sustain and expand critical data generation ACT for ALS created the first coordinated framework for collecting
data from people historically left out of research. In a disease as heterogeneous as ALS, expanded populations
are critical to understanding disease mechanisms and progression. Reauthorization ensures that these efforts
continue to grow—allowing researchers and regulators to base decisions on real-world data from all people
living with ALS, not just those who meet narrow trial criteria.

e Protect and improve the coordinated research infrastructure. The partnerships between NIH, FDA, researchers,
industry stakeholders, and advocates didn’t exist before ACT for ALS. These collaborations have broken down
silos, sped up drug development, and unified the ALS research community. Without reauthorization, the funding
and structure for this collaboration will end, reversing years of progress and delaying future treatments.

e Preserve the national data and biospecimen network. The biorepositories and shared data platform established
under ACT for ALS require ongoing support to maintain and expand. Reauthorization safeguards these resources
so that discoveries continue to build on each other rather than start from scratch. It communicates to a rare
disease population that the selfless contribution of their data and samples live on to cure the next generation of
people diagnosed with this devastating, terminal disease.

The Case for Reauthorization: Congress should act swiftly to reauthorize ACT for ALS and continue funding these critical
programs, which have already demonstrated their value. The very systems ACT for ALS created to collect data,
coordinate research, and share knowledge will expire and risk losing years of progress in the fight against this deadly
disease. Reauthorization keeps these national research engines available to advance therapeutic interventions, honors
the contributions of those who have participated in these studies, and ensures that people living with ALS benefit from
them.
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