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riIX-FP prophylaxis use in paediatric patients with
haemophilia B: French real-world evidence
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Figure 1. Overview of paediatric patients on rIX-FP prophylaxis
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 In France, rIX-FP has been commercially available since April 60°

2021, whilst recombinant factor IX Fc fusion protein (rFIXFc) has
been available since 2018
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« Clinical trials have shown that rIX-FP provides a good level of . 20- 2
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prOPhy|aX|S every 7 dayS ’ The graphical data are presented as median (IQR).*Prophylactic regimen outside the scope of the market. fFollow-up data of <6 months for 4 patients.

ABR, annualised bleeding rate; AsBR, annualised spontaneous bleeding rate; FIX, factor IX; IQR, interquartile range; IU, international unit; n, number; rIX-FP, recombinant factor IX albumin fusion protein.

 Long-term follow-up is needed to assess the efficacy and safety
of rIX-FP in routine clinical practice

Objective

A. Time between injections (n=18)" B. FIX consumption (n=18)" C. ABR (n=15)t

) rFIXFc ® rIX-FP Median (IQR) follow-up period with rIX-FP:
® FIXFc @ rjX FP L 4 21 (17-24) months

200+ -
[ -36% ] [ “
The aim of this interim analysis was to gather real-world data on the c 1 G [ ABR | | AsBR |
efficacy and safety of rIX-FP for prophylactic use in paediatric ‘é 1507 2 3
° ° ege — 125' T —
patients with haemophilia B 3 20 -
m §= 100 . o 2- —_
a] 02 stet? o
% 75 é e 'ﬁ
50- ‘e Lo I = [ i
g L + .‘. .:.. E 1
Methods 25- g -
0 2 2
¢ The OI’PH Ee Stu dy (N CT05086575) iS a nationa I ’ am biS peCtive, Data points in Figure 2% refer to the number of patients on each dosing regimen. Data in italics indicate the number of patients who switched r%gimen. Data in Figure 2B and 2C are presented as median (IQR).
. . . . . Paired Wilcoxon test. #Prophylactic regimen outside the scope of the marketing authorisation. *Data missing for 1 patient on rFIXFc. tFollow-up data <6 months for 3 patients.
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fusion protein.

haemophilia B in France, regardless of severity, who are
currently receiving or have previously received rIX-FP for:

* Long-term prophylaxis

- Short-term prophylaxis to cover periods of high bleeding risk _ 187 7d»7d 7d—>7d 7d>14d  7d-»14d )
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 Patients who met the inclusion criteria were enrolled for a . Lo
period of two years and followed up for three years 3
 Data on treatment in the year prior to rIX-FP initiation were " R
collected 0- 214
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calculated in patients on prophylaxis with a follow-up period of
>6 months
 Data on the haemostatic efficacy of rIX-FP in preventing and RGSUltS
treating non-surgical and surgical bleeding were collected POSOLOGY, EFFICACY AND SAFETY DATA OF rIX-FP PROPHYLAXIS

« The nature and incidence of adverse events (AEs), in particular

serious AEs and treatment-related AEs. were recorded * Injection frequency, FIX consumption, ABR and AsBRs on rIX-FP prophylaxis are shown in

Figure 1
* Median (IQR) interval between rIX-FP infusions was 7 (7-14) days
* 13 patients had an infusion frequency of every 210 days

Results « Median (IQR) weekly rIX-FP consumption was 42.0 (38.0-53.0) IU/kg (n=29)

* Data were collected between October 2021 and February 2024 « Median (IQR) ABR and AsBR were 0.5 (0.0-2.2) and 0.0 (0.0-0.2), respectively

* In total, 166 patients receiving rIX-FP (including 106 patients - During this period, 13 (45%) and 25 (86%) patients did not experience any total bleeds or
receiving prophylaxis) were enrolled across 29 centres spontaneous bleeds, respectively

» This interim analysis focused on the 29 patients aged <12 years  Overall, 26/27 (96%) investigators evaluated the effectiveness of rIX-FP prophylaxis as ‘Excellent’
old treated with rIX-FP prophylaxis or ‘Good’, and 27/27 (100%) evaluated the safety as ‘Good’ (data missing for two patients in both

« Overall, 22 (76%) patients previously received prophylaxis categories)

 One patient, previously treated ‘on-demand’, had a damaged « One AE was reported and was considered related to rIX-FP (spontaneous haemarthrosis)
joint when prophylaxis with rIX-FP was initiated COMPARISON WITH PREVIOUS PROPHYLACTIC TREATMENT WITH rFIXFc

* Patient characteristics are shown in Table 1 + Injection frequency, FIX consumption, and ABRs on previous prophylactic treatment (rFIXFc

versus rIX-FP) are shown in Figure 2

Table 1. Characteristics of paediatric patients treated with riX- * Mean (standard error of the mean) time between injections was 9.3 (0.7) days for rFIXFc and
11.6 (0.7) days for rIX-FP (p<0.01) (Figure 2A)

FP prophylaxis

 Fourteen of seventeen patients (82%) switching from rFIXFc reduced their weekly consumption
< as <12 years :
Characteristic n=29 with rIX-FP
« Overall, median (IQR) weekly FIX consumption reduced from 69.0 (50.0-84.0) with rFIXFc to
Median age of initiation of rIX-FP, years (range) 6 (0.8-11) 44.0 (38.0-54.2) IU/kg with rIX-FP (p<0.01) (Figure 2B).
Medi aht. k P — « Patients who switched from rFIXFc to rIX-FP prophylaxis maintained good protection against
edian weight, kg (range) (N-60) bleeds (Figure 2C)
Haemophilia B severity, n (%) , : : : N
Severe (<1 1U/dL) 26 (90) * FIX trough levels increased in 3 of the 4 patients for whom data were available after switching to
Moderate (1-<5 1U/dL) 3 (10) rIX-FP. Individual data are presented in Figure 3
Mild (5-<40 1U/dL) 0 (0) « The effect of switching from rFIXFc to rIX-FP, in terms of annualised infusion rate, weekly
consumption and percentage of patients with spontaneous bleeding, is summarised in Figure 4
Patients with target joints at initiation, n (%) 1(3)
Previous prophylaxis, n (%) 22 (76) CO“CIUSlOﬂS
PdFIX (SHL) 0 (0) - This interim analysis of the OrPHEe study, the world’s largest cohort of patients with haemophilia B
rFIX (SHL) 4 (18) treated with an EHL FIX, confirms the favourable efficacy and safety observed during clinical
rFIXFc 18 (82) development in paediatric patients (<12 years old)
IU, international unit; pdFIX, plasma-derived factor IX; rFIX, recombinant factor IX; . o o o o _ 5 o
rIX-Fc, recombinant factor IX Fc fusion protein; rIX-FP, recombinant factor IX albumin fusion Data a|S.O ShOV\{ed that some pa.edlatrlc p.atler.‘ts W|.10. sywtc:hed to rIX-FP maintained a goo?I level of
protein; SHL, standard half-life. protection against bleeds despite reductions in their injection frequency and FIX consumption
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