Impact of Patisiran on Health Status and Quality of Life in Patients with Transthyretin Cardiac Amyloidosis
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Conclusions

e INn APOLLO-B, patients with transthyretin-mediated (ATTR) cardiac amyloidosis showed improvements in health status and quality of life in Kansas City Cardiomyopathy Questionnaire (KCCQ) Overall Score and across all four of its domains with
patisiran compared with placebo at Month 12

e Greater percentages of patisiran- versus placebo-treated patients had KCCQ-Overall Summary (KCCQ-0S) improvements of 2+5 (p<0.05), 2+10, and 2+20 points at Month 12, and a smaller percentage had a decline of £=5, =10, and =-20 points

e Treatment effects favoring patisiran versus placebo were observed across 19 of 20 questions that assess the impact of heart fallure on symptoms, physical and social limitations, and quality of life, with the largest effects being observed on
enjoyment of life, severity of shortness of breath and fatigue, and activities requiring greater exertion

Background and Rationale Results

ATTR Amyloidosis Baseline Characteristics Changes in KCCQ-OS Score and its Individual Components Treatment Effects across Individual Questions in the KCCQ-0OS

e A progressive and fatal disease caused by accumulation of transthyretin (TTR) amyloid fibrils in e Atotal of 359 patients received study drug in APOLLO-B (patisiran, n=181; placebo, n=178) e Patisiran demonstrated significant clinical benefit in health status and quality of life (KCCQ-OS) e Treatment effects favoring patisiran were demonstrated across 19 of the 20 questions in the four
multiple organs and tissues!—

compared with placebo at Month 12 (least squares [LS] mean difference 3.7 [95% confidence KCCQ-OS components (Figure 4)

e Baseline demographics and disease characteristics were similar across the treatment groups interval (Cl) 0.2, 7.2]: Figure 2)

e Disease progression has a major impact on patients’ functional capacity, health status, (Table 1) e Among the largest treatment effects observed were those related to walking and demanding physical
and quality of life> . : . . . — The treatment benefit with patisiran was observed across all four domains of the KCCQ and the activities, such as hurrying or jogging and climbing stairs, as well as shortness of breath and fatigue
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*p-values were calculated using the Cochran—Mantel-Haenszel test stratified by baseline tafamidis use.
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