Supplementary Figures
Supplementary FIGURE S1: Mean (SD) change (%) APW levels following treatment in studies 204 and 205
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APW values are provided on a scale such that 100% of activity is normal activity as per assay control. Full inhibition of AP corresponds to a value of 0.
APW = alternative pathway Wieslab activity; SD = standard deviation.













Supplementary FIGURE S2: Overall design for study 201a 
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aStudy 201 was a multicenter, open-label study in which patients with C3G or idiopathic immune complex-mediated membranoproliferative glomerulonephritis (IC-MPGN) received danicopan (previously ACH4471, ALXN2040) for 2 weeks followed by a 1-week taper. The study assessed the ability of danicopan to inhibit alternative complement pathway (AP) activity in the setting of AP over-activation in patients with C3G or IC-MPGN. Doses for this study were selected based on available data from preceding single-ascending (ACH471-001) and multiple-ascending dose studies in healthy volunteers (ACH471-002), and relative bioavailability studies in healthy volunteers [1, 2, 3].
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Treatment period
14 days

Group 1(n=2)
Danicopan 100 mg tid

Population
Patients with biopsy-confirmed
€3G or IC-MPGN who have not
undergone renal transplant,
and have low C3

Group 2 (n=4)
Danicopan up to 200 mg tid
(based on Group 1 safety, PK and PD
data through at |

Follow-up
until 28 days after the
last dose of study drug

Early initiation of taper
(proof-of-mechanism established)
in case of two consecutive C3 levels
« >125% the upper limit

of normal (ULN), or
« 23 their baseline and = the

lower limit of normal (LLN)

Long-term follow-up
Up to 1 year (optional)




