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Advances in the Treatment of Neuromyelitis Optica Spectrum

Disorder
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Treatment options for patients with neuromyelitis optica spectrum disorders (NMOSD) so far have relied on off-label and

empiric drugs. Advances in the understanding of NMOSD pathogenesis have led to the development of highly effective

disease-modifying therapies, and for the first time in this disease, class I treatment evidence is available. We aim to shortly

summarize the pathogenesis and biological targets for acute and preventive therapy of patients with NMOSD. We focus on

conventional immunotherapies and the recently approved novel biological drugs, eculizumab, inebilizumab, and

satralizumab, and conclude with a brief outlook on future therapeutic approaches.
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Table. Overview of Phase II/IIl randomized, double-blinded clinical trials in NMOSD

. . . . Primary Reduction in attack
Clinical trial Number of patients Drugname  Drug target Trial status endpoint risk (%)
PREVENT?* 143 (AQP4-Ab positive) Eculizumab ~ C5 Phase 111 Time to 94

(NCTO01892345) (mainly add-on therapy)  first relapse
N-Momentum® 230 (AQP4-Ab positive/negative; Inebilizumab CD19 B cells Phase I/ Time to 73 (77% in
(NCT02200770)  212/18) (monotherapy) firstrelapse ~ AQP4-Ab-+patients)
SakuraSkySR 95 (AQP4-AD positive/negative;  Satralizumab IL-6 receptor ~ Phase III Time to 55 (74% in
(NCT02073279)  64/31) (monotherapy) firstrelapse  AQP4-Ab+patients)
SakuraStar™ 83 (AQP4-Ab positive/negative; ~ Satralizumab IL-6 receptor  Phase III Time to 62 (79% in
(NCT02028884)  55/28) (add-on therapy) firstrelapse ~ AQP4-Ab-+patients)

NMOSD; neuromyelitis optica spectrum disorder, NCT; national clinical trial, IL; interleukin.
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