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INTRODUCTION OBJECTIVE

« The evolving PNH treatment landscape necessitates the generation of up-to-date

real-world evidence on the effectiveness of emerging therapies, such as iptacopan,
— Between 2018-2022, the 5-year prevalence of PNH was 24 people per million in the United States (US)? to inform clinical decision-making

Paroxysmal nocturnal hemoglobinuria (PNH) is a rare, acquired, life-threatening hematological disorder characterized by the premature destruction of red blood cells’

Development of APPRISE-
PNH: A Patient Platform
for Real-World Data on

Iptacopan in the United
States for Patients With

The standard of care for PNH has traditionally been centered around blood transfusions and anticoagulant therapy to manage symptoms and prevent complications? « This poster describes the creation of APPRISE-PNH (A Patient Platform for Real-

— The introduction of targeted therapies has transformed the management of PNH, significantly improving both quality of life and survival® world data on Iptacopan in the United StatEs for patients with PNH)

— APPRISE-PNH is a comprehensive real-world data platform on patients with PNH

: . : . : : g
Iptacopan, the first orally administered monotherapy for PNH, received US Food and Drug Administration (FDA) approval in December 2023 i) T S et vl oiaeesein

Several real-world data sources on US patients with PNH currently exist; however, they have various limitations including limited granularity on laboratory and treatment
information®
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g « APPRISE-PNH is a longitudinal set of deidentified patient-level data collected — The index date will be the date of iptacopan initiation for each patient « Age, sex Laboratory data
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This platform aims to serve as a data source to address in the real-world setting
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patients will have initiated treatment with iptacopan prior to recruitment APPRISE-PNH aims to be the largest and most comprehensive real-world data
— Information on demographics, medical history, disease characteristics, source on patients with PNH treated with iptacopan in the US
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