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CO N C LU S I 0 N S Figure 3: Age, BMI and prior prophylaxis (N=93)
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o ) ~80% of patient Mean (SD) BMI: —_ _— 75% of patients
study baseline in spite of low ABRs. o OF patients —, 24.96 (4.48) previously used
were <4'5 years . . EHL products
e The recruited population mostly comprises patients younger than at baseline
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INTRODUCTION " Mean (SD) age:
31.1(14.5)
» Efanesoctocog alfa is a first-in-class, high sustained factor VIII (FVIII) replacement W 12-17 years 1 18-44 years M 45-64 years M 2>65 years m Underweight = Healthy weight m Overweight m Obesity WEHL = SHL mBoth
thera Py (also known as uItra-Iong half-life FV”I) designed to overcome the von BMI categories are age dependent. Underweight: for adults, BMI <18.5; for adolescents, BMI <-2SD, where SD is the SD from WHOs growth reference data for that age.® Healthy weight: for adults, BMI 18.5—<25; for adolescents, -2SD > BMI <+1SD. Overweight: for adults,
Willebrand factor-imposed half-life ceiling.1 BMI 25—<30; for adolescents, +1SD < BMI <+2SD. Obese: for adults, BM| >30; for adolescents, BMI >+2SD.
AI M Figure 4: Mean weekly injection frequency and factor consumption Figure 6: Target joints and impaired joints

*  We report baseline data from FREEDOM (NCT05817812),> a prospective phase 3b A) SHL A) Target joints B) Impaired joints
study assessing physical activity and joint health in patients with severe Weekly injection Weekly factor 7 patients (7.5%) with a 32 patients (34.4%) with a
frequency (n=26)
Mean (SD): 3.5 (1.4)
Median (IQR): 3.0 (3.0-3.5)

haemophilia A on efanesoctocog alfa prophylaxis. consumption (IU/kg; n=26) total of 16 target joints total of 97 impaired joints

METHODS

Mean (SD): 107.6 (46.0)
Median (IQR): 105.0 (84.0-134.9)

» FREEDOM is an open label, single arm study that has enrolled participants B) EHL
across Europe. Weekly injection Weekly factor
sihili TR : : : frequency (n=70) L consumption (IU/kg; n=70)
» Eligibility criteria include previously treated patients 212 years of age with severe q y P &
haemophilia A who have received prophylaxis for at least 12 months prior to enrolment. Mean (SD): 2.4 (1.1) @ Mean (SD): 94.8 (50.2)
* Following a screening visit, there was a run-in period of 30-45 days with previous Median (IQR): 2.2 (2.0-3.0) Median (IQR): 86.2 (62.4-112.7)

treatment (physical activity levels data collected here; Figure 1). _ , . .
Patients who received both EHL and SHL products are included in both groups.

- Data on bleeds in the last six months and prior prophylaxis in the last 12 months

were then collected at a baseline visit. Right left  Right Left
- .« Ight- -
Figure 5: ABR and joint ABR (n=93) elbow elbow e|bgow elbow
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* Joint health was assessed within 14 days after baseline using:

- Magnetic resonance imaging (MRI; International Prophylaxis Study Group [IPSG]
MRI scale);?

- Haemophilia Early Arthropathy Detection with Ultrasound (HEAD-US);*
- Haemophilia Joint Health Score (HJHS).”

65.6% 75.3%

» Patient-reported outcomes and physical activity were also evaluated (data not shown).

» Participants will then receive once-weekly efanesoctocog alfa prophylaxis
(50 International Units [IU]/kg) for 24 months.

RESULTS

» Atotal of 93 patients were enrolled across 32 sites in 14 European countries (Figure 2).

Joint ABR . _
of patients had zero  of patients had zero

Mean (SD): 1.04 (2.92) bleeds (n=61/93) joint bleeds (n=70/93)
Median (IQR): 0.0 (0.0-0.0)

Right ——

n=12

ABR
Mean (SD): 1.32 (2.96)
Median (IQR): 0.0 (0.0-2.01)

Bleed data are as reported during the 6-month period prior to enrolment.

* Mean (standard deviation [SD]) age was 31.1 (14.5) years; proportions of patients
across age categories are presented in Figure 3A.

* Mean (SD) body mass index (BMI) was 24.96 (4.48) kg/m?; proportions of patients Figure 7: IPSG MRI scale scores (n=75) Richt Left
across BMI categories are presented in Figure 3B. ar',gk|e anekle
» Patients received prophylaxis with standard half-life (SHL) FVIII (23.7%), extended 10 - 8.0 h=24 h=22
half-life (EHL) FVIII (72.0%) or both (4.3%) prior to enrolment (Figure 3C). § © g (2.0-19.0) 6.0
»  Mean (SD) weekly injection frequency and weekly factor consumption was 3.5 (1.4) and = § 6 (0.0-14.0) Target joints, n (%) Impaired joints, n (%)
107.6 (46.0) IU/kg, respectively, in patients who received SHL-FVIII (n=26; Figure 4A), and g% (N=93) (N=93)
2.4 (1.1) and 94.8 (50.2) IU/kg in patients who received EHL-FVIII (n=70; Figure 4B). £ E 4 0 1 2 3 >3 0 1 9 3 >3
-
* Inthe 6 months prior to enrolment, mean/median (IQR) annualised bleeding rate (ABR) g S 2 36 3 5 ) 61 3 5 3 14
and joint ABR were 1.32/0.0 (0.0-2.01) and 1.04/0.0 (0.0-0.0), respectively (Figure 5). 0 - (92.5)  (3.2) (2.2) 0 (2.2) (65.6) | (8.6) @ (7.5)  (3.2) @ (15.1)
: . Total score Total soft tissue Total osteochondral
- ") 0,
65.6% of patients had zero bleeds and 75.3% had zero joint bleeds. changes Changes Target joints were defined as >3 spontaneous bleeds into a single joint within a consecutive 6-month period. Where there were
° Sixteen ta rget joints were recorded. in seven patients (Figure GA) 97 impaired joints <2 bleeds into the joint within a consecutive 12-month period, the joint was no longer considered a target joint.” Impaired
i ) . ! ! Total IPSG MRI scale score ranges from 0—102. Total soft tissue changes score ranges from 0-54. Total osteochondral changes joints were defined as any joint that had persistent functional or structural abnormalities, considered clinically relevant by the
were FECOFdEd, in 32 patlents (Flgure GB). score ranges from 0-48. investigator, with or without bleedings. Multiple responses from each patient were allowed.

* Median (IQR) total IPSG MRI scale (n=75), HEAD-US (n=92) and HJHS (n=87) was

8.0 (2.0-19.0), 6.5 (0.0-14.0) and 6.0 (1.0-17.0), respectively (Figures 7, 8 and 9). .
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Figure 2: Participating countries with 21 patient enrolled
Total HEAD-US ranges from 0—48. HEAD-US individual joint scores range from 0-8.

Figure 9: HJHS
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Total HJHS (including global gait) ranges from 0—124; total joint score (not including global gait) ranges from 0—-120. HJHS individual joint scores range from 0-20.
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