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FDA approves treatment of amyotrophic
lateral sclerosis associated with a mutation
in the SOD1 gene

Action

FDA approved Qalsody (tofersen) to treat patients with amyotrophic lateral sclerosis (ALS)
associated with a mutation in the superoxide dismutase 1 (SOD1) gene (SOD1-ALS)
Qalsody is an antisense oligonucleotide that targets SOD1 mRNA to reduce the synthesis
of SOD1 protein. The approval was based on a reduction in plasma neurcfilament light
(NfL), a blood-based biomarker of axonal (nerve) injury and neurodegeneration.

1. Miller T, et al. N Engl J Med. 2020;383(2):109-119.

doi:10.1001/jamaneurol.2025.4946
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2. Miller TM, et al. N Engl J Med. 2022;387(12):1099-1110 3. Alirezaei Z. et al. Molecular Neurobiology Volume 57, pages 469-491, (2020). 4. Lv Y. et al. Neural Regeneration Research.
Vol 20 No. 9 September 2025. 5. Shahim P. et al. Genes 2024, 15, 496. 6. https://www.fda.gov/drugs/news-events-human-drugs/fda-approves-treatment-amyotrophic-lateral-sclerosis-associated-mutation-sod1-gene . 7. Two-Year Results
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