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Online Resource 1 Plain language summary
Corticosteroids and non-steroidal immunosuppressive therapy (NSIST) are used as standard treatments in myasthenia gravis (MG). However, their use can lead to many side effects. Zilucoplan is a treatment for MG that improved symptoms in patients with MG in a Phase 3 clinical trial (RAISE). Patients who completed RAISE, or an earlier zilucoplan Phase 2 trial, could enter the long-term RAISE-XT trial to receive zilucoplan. During the Phase 2 trial, RAISE and the first 12 weeks of RAISE-XT, the dose of corticosteroids and NSISTs could not be changed for patients who were also receiving these treatments. After Week 12 in RAISE-XT, the investigator could change the dose. This study looked at whether treatment with zilucoplan allowed investigators to reduce the corticosteroid and NSIST dose of their patients. We assessed patients in RAISE-XT who changed their dose of corticosteroids and NSISTs compared to the start of the Phase 2 trial or RAISE.
After up to 120 weeks of treatment with zilucoplan, over 60% of patients had either reduced their corticosteroid dose or stopped corticosteroids. Additionally, about one-third of patients reduced their NSIST dose or stopped NSISTs. Even with reductions in corticosteroid and NSIST doses, the improvements in MG symptoms observed with zilucoplan treatment were maintained. Only 9% of patients increased their corticosteroid dose, and 2% increased their NSIST dose.
Our study showed that treatment with zilucoplan resulted in reduction or discontinuation of corticosteroids and NSISTs while maintaining improvement in MG symptoms. These results show that zilucoplan may be beneficial for treating people with MG experiencing negative side effects with corticosteroids and NSISTs.
