
 

FDA reviewers give thumbs down to new
ALS drug
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Despite months of intense lobbying by patient advocates, federal health
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officials on Monday posted a largely negative review of an experimental
drug for amyotrophic lateral sclerosis (ALS). 

In an analysis of Amylyx Pharmaceuticals' drug, known for now only as
AMX3005, regulators from the U.S. Food and Drug Administration said
the results were "not persuasive." They pointed to missing data, mistakes
in enlisting patients, and other problems. Meanwhile, the drug only
modestly slowed the disease's progression in a 137-patient, mid-stage
study. An FDA advisory committee is set to meet Wednesday to
consider Amylyx's request to skip the typically required phase 3 clinical
trial and approve its drug based on the earlier data. Several dozen ALS
patients and advocates plan to speak at the meeting, and the FDA will
weigh the panel's deliberations and vote before making a final ruling on
the drug, which is expected by June. 

AMX0035 is a combination of two established drug
ingredients—sodium phenylbutyrate and taurursodiol. Sodium
phenylbutyrate is sold under the brand name Buphenyl to treat liver
diseases, while taurursodiol is a dietary supplement used in ancient
Chinese medicine. Some ALS patients already take both drugs. FDA
approval would likely compel insurers to cover the treatment. 

Until late last year, the FDA had insisted that Amylyx complete ongoing
phase 3 trials before seeking approval for AMX0035. In December, the
agency relented and began a priority review of the drug application,
setting June 29 as the target date for a final decision. 

The ALS Association invested $2.2 million in Amylyx's research, money
raised during the Ice Bucket Challenge campaign that went viral online.
As part of that investment, the ALS Association has a "small royalty
stake" that could return up to $3.3 million in proceeds if the drug is
approved, Neil Thakur, Ph.D., chief mission officer of the ALS
Association, told HealthDay. He said any money earned from AMX0035

2/3

https://medicalxpress.com/tags/drug/
https://medicalxpress.com/tags/dietary+supplement/


 

would be plowed back into research. The ultimate hope is that drug
development spurred by Ice Bucket Challenge dollars will lead to
medication combinations that extend ALS patients' lives until a cure is
found. 

  More information: FDA Analysis
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