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Supplementary Material Fig. S1 Disposition of patients (all screened patients) 
Note: All patients (n = 7) from one site were excluded from the primary PK, PD, per protocol, FAS, SUBQ 
treated FAS, Safety, and SUBQ treated safety analysis sets due to important source documentation deviations 

and findings related to deficiencies in investigator oversight 
aFour patients completed the extension period and opted not to continue when the duration of the study was 

extended 

FAS full analysis set, IV intravenous, PD pharmacodynamic, PK pharmacokinetic, SUBQ subcutaneous 

  



 

 

Supplementary Material Fig. S2 Forest plot of Day 71 serum ravulizumab concentration by 

population: non-inferiority by analysis set 
Note: n is representative of the number of patients in each analysis set with available data. Each tail is 

representative of the 90% confidence interval for that analysis set. The null hypothesis that the ratio of 

geometric means of Day 71 ravulizumab Ctrough between the SUBQ group and the IV group was less than or 

equal to the non-inferiority margin of 0.8 will fail to be rejected if the lower bound (left tail) crosses the non-

inferiority margin represented by the red dashed line. 

Ctrough trough serum concentration, IV intravenous, mFAS modified full analysis set, SUBQ subcutaneous 

  



 
Supplementary Material Fig. S3 Serum free C5 concentration over time during (a) the 

randomized treatment period (PD analysis set) and (b) the SUBQ treatment period by 

treatment group (SUBQ treated full analysis set) 
Note: The SUBQ group had samples collected predose at days 1, 15, 57, 64, and 71, and postdose at day 1. The 

IV group had samples collected predose at days 1, 15, and 71, postdose at days 1 and 15, and any time at day 57. 

SUBQBL was defined as the last assessment from the central laboratory prior to first dose of SUBQ treatment.  

IV intravenous, NA not applicable, PD pharmacodynamic, SUBQ subcutaneous, SUBQBL subcutaneous baseline 
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Site No. Investigator Name Name / Address of Ethics Committee 
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