Pharmacoeconomic analysis of rFVI1la versus PCC in the treatment of minor-to-moderate bleeds in hemophilia patients with inhibitors in China
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O In China, treatment options for bleeding episodes in hemophilia patients with inhibitors most
often involve recombinant factor Vlla (rFVIla) or prothrombin-complex concentrate (PCC).

O The aim of this study was to compare the cost and effectiveness of two most commonly used
treatment regimens : rFVlIla followed by PCC (rFVIla - PCC) and PCC followed by rFVIla
(PCC - rFVlIIa) for the treatment of minor-to-moderate bleeds in hemophilia patients with

inhibitors.

O An observational study was conducted in China from September 2020 to January 2021. We
applied the online questionnaire collecting patients’ treatment information over the past year.
O The cost included direct medical cost, direct nonmedical cost and indirect cost. Clinical

outcomes included the hemostatic efficiency and re-bleeding rate within 12 hours.

O Overall, 32 bleeds occurred in 26 hemophilia patients with inhibitors (12 adults; mean
age=20.4+13.2 years; 25 patients with high response inhibitors; 21 patients with severe
hemophilia, 4 patients with moderate hemophilia) were included.

O There were 13 bleeds episodes treated with rFVIla - PCC and 19 bleeding episodes with
PCC - rFVIIa. Median cost of bleed treated with rFVIla - PCC and PCC - rFVIla were
CNY 38,935(direct medical cost, direct nonmedical cost and indirect cost were CNY 37620,
115 and 1200, respectively) and CNY 47,280 (direct medical cost,direct nonmedical cost
and indirect cost were CNY 45620, 660 and 1000, respectively).

Table 1. Demographic characteristics of patients with inhibitors

Characteristics N (%0)

Age
> 18 12 (46.2)
<18 14 (53.8)
Mean age (X+5) 20.4+13.2
Severity[n (%0)]
Severe(>5%, <40%) 1 (3.8)
Moderate(1%~5%) 4 (15.4)
Mild(<1%) 21 (80.2)
Inhibitor levels (BU/ml)
Low inhibitors titres (<5BU/ml) 1(3.8)
High inhibitors titres ( > 5BU/ml) 25 (96.2)
Annual income (CNY)
<10000 4 (15.3)
10001-50000 10 (38.5)
50001-100000 10 (38.5)
> 100000 2 (7.7)

O The hemostasis efficiency of rFVIla - PCC was 77%, and PCC - rFVIla
was 63%.

O The re-bleeding rate within 12 hours of rFVIIa - PCC (8%) was lower
than PCC - rFVlIla (32%).

Table 2: Comparison of two regimes

Direct Direct : Re-bleeding :
) : Indirect _ Hemostatic
medical | nonmedica cost rate within sfficienc
cost | cost 12 hours y
rFVlIla
37620 115 1200 8% 17%
- PCC
PCC-
45620 660 1000 32% 63%
rFVIla

Conclusion

O The rFVIIa - PCC treatment regimen was cheaper than PCC - rFVIIa with

higher hemostatic efficiency and lower re-bleeding rate within 12 hours.
O Therefore, rFVIIa - PCC was found to be dominant (increasing clinical

outcome and decreasing costs) compared with PCC - rFVIla.
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