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On November 27, 2023, the U.S. Food and Drug Administration (FDA) approved SpringWorks Therapeutics’ Ogsiveo
(nirogacestat), an oral, selective gamma secretase inhibitor indicated for adult patients with progressing desmoid tu-
mors (DTs) who require systemic treatment. Although desmoid tumors are typically rare, this represents the first FDA-
approved treatment for this type of tumor, and for SpringWorks Therapeutics. Payers should expect very limited expo-
sure to this product as only 900-1400 new cases are diagnosed each year.

Wainua (eplontersen)
by AstraZeneca/lonis Pharmaceuticals

On December 21, 2023, the U.S. Food and Drug Administration (FDA) approved AstraZeneca (AZ) and lonis Pharmaceuti-
cals’ Wainua (eplontersen) for the treatment of adult patients with polyneuropathy of hereditary transthyretin
mediated amyloidosis (hATTR-PN). Up until this point treatment has typically consisted of managing symptoms. Wainua
will largely complete with Amvuttra, Onpattro, and Tegsedi; although, it offers the advantage of being self-administered
without the need for routine lab work.

Agamree (vamorolone)
by Santhera Pharmaceuticals

On October 26, 2023, the U.S. Food and Drug Administration (FDA) approved Santhera Pharmaceuticals’ Agamree
(vamorolone), a corticosteroid for the treatment of Duchenne muscular dystrophy (DMD) in patients 2 years of age and
older. Given that corticosteroid therapy is the standard of care for DMD, payers are likely to prefer cheaper, generically
available alternatives in most patients. It is anticipated that Agamree will not shift the current treatment patterns ob-
served in DMD given the similarity in efficacy and side effect profile observed between all corticosteroids.

On October 17, 2023, the U.S. Food and Drug Administration (FDA) approved UCB’s Zilbrysq (zilucoplan) for the treat-
ment of generalized myasthenia gravis (gMG) in adult patients who are anti-acetylcholine receptor (AChR) antibody posi-
tive. Although multiple therapies exist for the treatment of gMG (e.g. Soliris, Ultomiris) Zilbrysqg represents the first self-
administered once-daily targeted C5 complement inhibitor on the market. Currently there are no head-to-head trials
with Soliris and Ultomiris; however, it is likely that providers will prefer this new product for younger patients who de-
mand more convenient treatment strategies.

Fabhalta (iptacopan)
by Novartis

On December 5, 2023, the U.S. Food and Drug Administration (FDA) approved Novartis’ Fabhalta (iptacopan), a comple-
ment factor B inhibitor, for the treatment of adults with paroxysmal nocturnal hemoglobinuria (PNH). The introduction
of Fabhalta represents the first FDA-approved oral monotherapy for the treatment of this condition. Current therapies
for PNH include Soliris, Ultomiris, and Empaveli. Given the rarity of this condition in the United States (up to 6000 total
patients), payers are unlikely to see much, if any, utilization.




