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Introduction
•	 Zilucoplan is a small (3.5 kDa), 15-amino acid macrocyclic 

peptide complement C5 inhibitor with a dual mechanism 
of action, indicated for the treatment of adult patients 
with AChR Ab+ gMG1,2

•	 In the randomized, double-blind, placebo-controlled, 
Phase 3 RAISE study (NCT04115293), zilucoplan treatment 
resulted in significant and clinically meaningful 
improvements in MG-specific outcomes in patients with 
AChR Ab+ gMG1  

•	 In the ongoing, OLE study RAISE-XT (NCT04225871), 
zilucoplan has previously demonstrated sustained efficacy 
with a favorable safety profile3 

•	 Here, we evaluate the long-term safety and efficacy of 
zilucoplan up to 120 weeks of treatment

Methods
•	 RAISE-XT is a Phase 3, multicenter, OLE study
•	 Patients completing qualifying double-blind, placebo-

controlled studies (Phase 2 NCT03315130/RAISE) could 
enter RAISE-XT to self-administer once-daily 
subcutaneous zilucoplan 0.3 mg/kg

•	 The primary safety endpoint of RAISE-XT was incidence 
of TEAEs

•	 Change from double-blind study baseline to Week 120 in 
MG-ADL and QMG scores were assessed 

•	 The proportions of patients who achieved MG-ADL 
response (≥3-point reduction without rescue therapy), 
QMG response (≥5-point reduction without rescue 
therapy) and MSE response (MG-ADL score of 0 or 
1 without rescue therapy) through to Week 120 were 
also assessed

•	 From Week 24, 12 weeks into RAISE-XT, patients who 
received placebo or zilucoplan 0.3 mg/kg in the qualifying 
studies were assessed as one pooled treatment group

Results
•	 In total, 200 patients enrolled in RAISE-XT (Table 1)

–	All patients who completed RAISE opted to enroll into 
RAISE-XT

–	At the time of data cutoff (November 11, 2023), most 
patients who entered RAISE-XT (73.0%) were still 
enrolled, with no discontinuations reported by the 
investigators as being due to lack of efficacy

•	 At data cutoff, median (range) exposure to zilucoplan  
was 2.2 (0.11–5.6) years

•	 The most common TEAEs were COVID-19 and  
MG worsening (Table 2) 

•	 In the qualifying double-blind studies, patients who 
received zilucoplan 0.3 mg/kg had improvements in 
MG-ADL and QMG scores vs placebo as early as Week 1 
and continued to improve through to Week 24 (Figure 1)

•	 In patients who received placebo in the qualifying studies, 
rapid improvements in MG-ADL and QMG were observed 
at the first week after switching to zilucoplan 0.3 mg/kg 
(Week 13) and continued to improve through to Week 24 
(Figure 1)

•	 These improvements in MG-ADL and QMG scores were 
sustained through to Week 120

•	 MG-ADL, QMG and MSE responder rates were high and 
sustained in the pooled zilucoplan 0.3 mg/kg group 
through to Week 120 (Figure 2)

Summary and conclusions

High MG-ADL, QMG and 
MSE responder rates were 
sustained through to 
Week 120 of treatment   
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Abbreviations: AChR Ab+, acetylcholine autoantibody positive; C5, component 5; CFB, change from baseline; COVID-19, coronavirus disease 
2019; gMG, generalized myasthenia gravis; IMP, investigational medicinal product; MG, myasthenia gravis; MG-ADL, Myasthenia Gravis Activities of 
Daily Living; MGFA, Myasthenia Gravis Foundation of America; MSE, Minimal Symptom Expression; OLE, open-label extension; QMG, Quantitative 
Myasthenia Gravis; SD, standard deviation; SE, standard error; TEAE, treatment-emergent adverse event; URTI, upper respiratory tract infection; 
UTI, urinary tract infection; Wk, week.
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Here we report an interim 
analysis of RAISE-XT, 
an ongoing OLE study 
investigating the safety and 
efficacy of zilucoplan in 
patients with AChR Ab+ gMG

Zilucoplan treatment for 
up to 120 weeks was well 
tolerated and efficacy was 
sustained in RAISE-XT, 
supporting its long-term 
use in a broad population of 
patients with AChR Ab+ gMG

Figure 2	 �Mean (a) MG-ADL, (b) QMG and 
(c) MSE responder rates to Week 120

Figure 1	 �Mean CFB in (a) MG-ADL and (b) QMG to Week 120

Patients experienced 
rapid improvements 
in gMG symptoms 
from the first week of 
treatment with zilucoplan, 
which were sustained 
through to Week 120

Zilucoplan had a favorable 
safety profile and was well 
tolerated in the long term 
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Table 1	� Baseline characteristics 

All zilucoplan
(N=200)

Age, years, mean (SD) 53.3 (15.0)

Sex, male, n (%) 90 (45.0)

MGFA Disease 
Class, n (%)

 IIa/b 59 (29.5)

IIIa/b 129 (64.5)

IVa/b 12 (6.0)

MG-ADL score, mean (SD) 6.3 (4.3)

QMG score, mean (SD) 14.0 (5.9)

Prior thymectomy, n (%) 96 (48.0)

Prior MG crisis, n (%) 62 (31.0)

Duration of disease, years, mean (SD) 9.38 (9.73)

Age at onset, years, mean (SD) 43.64 (17.94)

Baseline gMG-specific 
medication, n (%)

Corticosteroids 124 (62.0)

Immunosuppressants 101 (50.5)

Cholinesterase inhibitors 167 (83.5)

Table 2	 Overview of TEAEs

All zilucoplan
(N=200)

Duration of exposure, years, median (range) 2.2 (0.11–5.6)

Any TEAE, n (%) 194 (97.0)

COVID-19 71 (35.5)

MG worsening 59 (29.5)

Headache 44 (22.0)

Nasopharyngitis 42 (21.0)

Arthralgia 36 (18.0)

Diarrhea 34 (17.0)

URTI 34 (17.0)

UTI 33 (16.5)

Nausea 32 (16.0)

Fatigue 31 (15.5)

Serious TEAE, n (%) 81 (40.5)

Treatment-related serious TEAE,* n (%) 5 (2.5)

TEAE resulting in permanent withdrawal from IMP,† n (%) 21 (10.5)

Treatment-related TEAE, n (%) 73 (36.5)

Severe TEAE, n (%) 72 (36.0)

TEAEs leading to death,‡ n (%) 4 (2.0)

*Treatment-related serious TEAEs were one (0.5%) event each of: esophagitis, injection-
site infection (occurring on the right inner thigh, which is not a recommended injection 
site), colonic abscess and cellulitis in one patient each, and headache and photophobia 
in the same patient. †Includes all deaths. ‡No deaths were considered treatment related. 
TEAEs leading to death included cardiac arrest (n=2), accidental head injury (n=1) and 
death from an unknown cause (n=1). Most common TEAEs occurring in ≥15% of patients 
overall are reported only. 
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