Cost-Effectiveness of emicizumab prophylactic treatments Versus Recombinant Activated FVII On-Demand Therapy for Hemophilia A with Inhibitors in China
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Introduction

<Hemophilia A: an inherited coagulation disorder caused by mutation or defect of the FVIII gene on the X chromosome. Arthrorrhagia is the most common type Base case results

of bleeding and can lead to disability in severe cases. Incidence: 1/5,000 [1I » Scenarios 1: For time horizon of all life, emicizumab prophylactic treatments could gain 4.03 QALYs, saved CNY 10.73 million from the health care system
perspective and save about CNY 11 million from societal perspective.

» Scenarios 2. For time horizon of 12 years, emicizumab prophylactic treatments gained 1.72 more QALYs, saved CNY 2.5 million from the health care system
perspective and save CNY 2.6 million from societal perspective.

Sensitivity analysis

<>Neutralizing antibodies (inhibitors) to FVIII occur after receiving FVIII treatment, which is the most serious complication of hemophilia A treatment. In China, the
proportion of patients with inhibitors is 3.9%, and the prevalence of inhibitors in severe patients was 4.3% [2!

<>The main clinical burden associated with spontaneous and prolonged bleeding and the presence of FVIII inhibitors is the serious one. Hemophilia A also has a
significant impact on patients' quality of life. The financial burden of the patients with inhibitors is more burdensome, with annual medical costs 3.3 times higher

than those of patients without inhibitors [3! » The ABR data and the discount rate for cost are the parameters with the most significant impact on the results.
<As the world's first subcutaneous injection drug in the field of hemophilia, emicizumab is effectively reduce the number of bleeding patients with good safety » Through a 1000-iteration Monte Carlo simulation, the probability of emicizumab prophylactic treatment being cost-effective was found always greater than
and tolerability. However, the cost-effectiveness of emicizumab Is unknown in China. 90%

Table 3: cost-effectiveness analysis results for whole life Table 4: cost-effectiveness analysis results under for 1-12 years
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