Normalization of Hemoglobin, Lactate CONTEXT METHODS

Deh d rO en aS e an d Fatl u e | n « Paroxysmal nocturnal hemoglobinuria (PNH) is a rare,  Enrolled patients had PNH and anemia (hemoglobin <10.5 g/dL) despite 23 months eculizumab (ECU) treatment (PEGASUS)> or were
y g ) g acquired, life-threatening disease characterized by naive to complement inhibitor therapy and received supportive care only (blood transfusions, corticosteroids, anticoagulants, and
- - chronic complement-mediated hemolysis and supplements [iron, folate, B12] in countries where complement inhibitors were not approved or widely available; PRINCE)®
Patl e n tS W | t h Par O XyS m al N O Ct U r n a.l thrombosis!? « Normalization of hematologic and fatigue endpoints were assessed for PEGASUS at baseline, Week 16 (RCP; PEG and ECU) and Week
. - - « Pegcetacoplan (PEG) provides comprehensive 48 (OLP; PEG-to-PEG and ECU-to-PEG groups) and for PRINCE at baseline and Week 26 (PEG and control) and defined as follows:
H emao g I O b INuria Tr eated WIT h hemolysis control and is the first approved C3 inhibitor o Hemoglobin = the lower limit of the gender-specific normal range (female: 12 g/dL, male 13.6 g/dL)
for US adults with PNH?3 and EU adults with PNH who o Lactate dehydrogenase (LDH) <226 U/L, the upper limit of normal
Peg C etaC O p I an remain anemic despite stable C5 inhibitor treatment (ie, o Functional Assessment of Chronic Iliness Therapy (FACIT)-Fatigue = 43.6, the general population norm?
eculizumab or ravulizumab) for 23 months* « Patients who received a transfusion (hemoglobin/LDH endpoints only), withdrew from the study, were lost to follow-up, or escaped from

control (supportive care only) to pegcetacoplan, were considered not normalized
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reatment groups: 0 ECU Baseline 61.5 PEG-related 14 (34.1 - 34 (44.2
We aimed to determine normalization rates for hemoglobin, lactate o PEGASUS! PEG, 50.2 (19-81) and ECU, 47.3 (23-78) “| 8| ecu week 16 Serious AES N% - ((17 '1)) 5(12.8) 18 223' 4;
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e . o PRINCE: PEG, 3.4 (0.1-27.1) and CTRL, 4.7 (0.1-15.1) S S — Infections 12(29.3) 11(282) 43(55.8)
» QOverall, pegcetacoplan treatment rapidly increased hemoglobin, 0 0 ts(ju)) L8080 100 Sepsis 0 0 3 (3.9)
. . . . . . - - - atients (%) wi ormalize ..
normalized LDH, and improved fatigue scores in patients with PNH Hemoglobin Normalization Rates o N ook o Hypersensitivity 5(122)  2(51)  14(18.2)
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» These data corroborate findings in pegcetacoplan studies in PNH 3 H(o-PEG 24.4 n=46 n=18
that showed rapidly improved clinical and fatigue parameters, and a Ol | ecusassinedo0 FACIT-Fatigue Normalization Rates Any AE, n (%) 33 (71.7) 12 (66.7)
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