Baseline Characteristics of Patients Switching to Prophylactic Efanesoctocog Alfa Therapy Evaluated for Joint Health in
Hemophilia A in Taiwan (PROTECT-ALT Study)
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PLAIN LANGUAGE SUMMARY KEY CONCLUSIONS RESULTS: BASELINE ASSESSMENTS

1 Amon atients startin 2 Lonaitudinal follow-u * Baseline joint health assessments indicated low HJHS (mean total, 9.2; Table 2).
g P g g P * Baseline imaging assessments showed low soft-tissue and osteochondral changes sub-

. This research study, called PROTECT-ALT, is designhed efanesoctocog alfa will provide additional scores, mainly in the ankles (n=49: Table 3).

* Efanesoctocog alfa is a first-in-class, high-sustained factor VIII (FVIII) replacement therapy
(also referred to as ultra-long half-life FVIII) with established efficacy and safety in clinical
trials.’?

Q- rPerr?qZFi)r?SCTi\:r?itreedal-WO”d data linking bleed control to structural and functional joint outcomes @ T[o |n\./est|gate jo|n.t health In people with hemoph"'.a A in Taiwan, baseline eal-world experience
» Data assessing clinical and subclinical joint status using standardized joint scores and In Talwa_n who switch to efane§octocog alfa as their assessments indicated on the effectiveness Table 2. Baseline joint health assessments
imaging can inform important patient outcomes. preventive therapy. The focus is on ankle joint health. low HJHS scores and of efanesoctocog
. . . . . HJHS Total Scores
. Participants who entered the study had, on average, mild mild arthropathy on alfa regarding joint (All-Patient Population, N=64)
AIM joint disease primarily in the ankles. MRI, predominantly in outcomes. o
um o
* To characterize baseline joint health and establish a real-world longitudinal the ankles. Left Right Left Right Left Right | Joint G(I;oal?tal I:II.‘(:tHa?

Elbow Elbow Knee Knee Ankle Ankle Total

framework to evaluate the impact of efanesoctocog alfa prophylaxis on joint

Score | Score

outcomes in patients with hemophilia A. Score
Table 1. Baseline patient demographics and disease characteristics RESULTS: BLEEDING HISTORY " 58 58 58 58 58 58 58 58 58
METHODS All-Patient Population (N=64) ® ®
Mean (SD) age at enrollment, years 28 (13)  Retrospective bleeding history (212 months prior to initiation) was available for 42 patients, Mean 1.3 1.3 1.4 1.1 14 1.9 7.9 0.7 9.2
« PROTECT-ALT (NCT06684314) is a prospective observational study enrolling ~100 participants _ | with 34 traumatic and 24 spontaneous bleeds recorded. (SD) (217)  (261) (253) (246) (202)  (2.73) | (10.11) | (1.30) | (10.97)
who initiated efanesoctocog alfa within 3 months prior to enroliment in Taiwan (Figure 1). Median (range) age at enroliment, years 26 (17-34) — ABR was available for 55 patients (Figure 2). Baseline bleeding data indicate ongoing bleed |
+ Inclusion criteria included a Pettersson score (PS) <6 at either ankle. Age category at enroliment, n (%) burden despite prior therapy, supporting the need for improved prophylactic strategies. Median 0 0 0 0 1 0 6 0 6
* Primary endpoints: changes from baseline in Hemophilia Joint Health Score (HJHS) and 6 to <12 years 5 (7.8) ° Al enr.ollmen.t, 8 patllents had targgtjomts (6 ankle&?, 1 knee, and 5 _erOWS W't_h 23 quntaneous
annualized joint bleeding rate, as well as number/percentage of target joint | @ Dleeding episodes in a consecutive 6-month period), and 64 patients had index joints o Q1, Q3 0, 1 0, 1 0,2 0, 1 0,2 0,4 0,11 0, 1 1,13
development/resolution. 12 fo <18 years 11 (17.2) (55 left ankles and 47 right ankles with PS <6).
ot - - . — In patients with additional index joints, 4 left ankles (PS >6), 13 right ankles (PS >06) Min, Max 0, 9 0,12 0,13 0,12 0, 11 0,10 0,48 0,4 0, 52
* Secondary endpoints: annualized bleeding rate (ABR), treatment adherence, factor 8 to <560 years 42 (65.6) P _ J ) | ) g )
consumption, patient-reported outcomes (quality of life), healthcare resource utilization, S50 vears 6 (9.4) 3 left elbows, 1 right elbow, 1 left knee, and 1 left hip were reported. Missings 5 5 5 5 5 5 5 5 5
@® and magnetic resonance imaging (MRI) changes in index joints. O =YY | * All 63 patients with FVIII inhibitor testing history (Table 1) had negative inhibitor titers. fosilrg
* Target joint: major joint in which =3 spontaneous bleeding episodes occurred in a Sex, n (%) * During the prospective period, inhibitor testing was performed in 18 patients, of whom sMissing data reflects data that had not yet been collected by the data cutoff.
consecutive 6-month period. Male 64 (100) 17 patients had negative inhibitor titers and 1 patient had missing results. HJHS, Hemophilia Joint Health Score; Max, maximum; Min, minimum; Q, quartile; SD, standard deviation.
* |Index j.o.ints: Ankles. VYith PS <6 (monitored by MRI regar.dle.ss of targgtjoint dgfinition). | Mean (SD) BMI at enroliment, kg/m? 24.5 (4.5)
— Additional index joints: the most vulnerable joint by principal investigator’'s judgment in o _ N _ _ . ™\
addition to the ankles with PS <6 or one-sided ankle with a PS >6. Participants with hemophilia medical history, n (%) 63 (98.4) Figure 2. Annualized bleeding rate (ABR) across bleed types in the previous Table 3. Baseline imaging assessments
* This analysis summarizes baseline data from patients enrolled during the first 11 months Mean (SD) age at hemophilia diagnosis, years 5(10) 12 months (n=55)° MRI IPSG Score
of the study; the entllre study period Is 5 years. | Severity of hemophilia at diagnosis, n (%) 20 - (All-Patient Population, N=64)
* Ethics approval and informed consent were obtained. | - 1.8
Mild? 1(1.6) 18 - : Left Ankle Right Ankle Additional Index Joint?
. . . . Moderate 7 (10.9) X 16 - Soft-tissue changes subscore
Figure 1. Schematic representation of study design A ?,é J
S — Severe 55 (85.9) ~ 14 - n 49 49 16
Retrospective chart review (CRFs) Prospective data collection (CRFs and PROs) ‘ o ‘ g 1 2 | 1 2
Missing 1(1.6) 3 Mean (SD) 3.1 (1.53) 3.3 (1.53) 3.9 (1.77)
At least 12 months and up - o Relevant medical history at enroliment®<, n (%) = 1.0 - Median 3 3 4
t0 24 months of patient data “Which will vary according to S € 0.8 -
O e o medical records the routine visits ® Any medical history reported 43 (67.2) ® c 06- 0.6 ® @ " Max(range) 0,7 (7) 0,7 (7) 1,7 (6) ®
0 o —— o T o v Musculoskeletal and connective tissue disorders 31 (48.4) 8 0'4 . Missing 15 15 48
(Enrollment date) (End of study) Arthropathy 29 (45 3) 2 "
The enrolliment date is the date on which the patient signs the informed consent form. Patients will be followed up until the end of the ' 0.2 - Osteochondral changes subscore
gg;stE,e\c,:\;t:]\/ighcjeav’t:r%ocilceuc:r’csiofri\rspi.eriod, efanesoctocog alfa discontinuation, loss to follow-up, study withdrawal, enrollment in a clinical trial, or Infections and infestations 11 (1 7_2) OO _ | | | " 49 49 1 6
CRF, case report form; PRO, patient-reported outcome. - -
S e Blood and lymphatic system disorders 6 (9.4) Treated and Treated and Treated and Treated and Mean (SD) 2.3 (2.98) 3.0 (3.29) 5.1 (3.44)
Hemorrhagic disorder 6 (9.4) Untreated Untreated Untreated Untreated Median 5 1 "
- - . - Bleeds Spontaneous Traumatic Joint
. Respiratory, thoracic, and mediastinal disorders 5 (7.8 .
RESULTS: BASELINE PATIENT CHARACTERISTICS piratory, the (7.8) Bloeds Sloeds Bloeds Min, Max (range) 0,8 (8) 0,8 (8) 0,8 (8)
Allergic rhinitis 5 (7.8) Missing? 15 15 48
e Baseline demog raphics and disease characteristics are shown in Table 1. . gugs b.d 0 aData was missing in 9 patients by the data cutoff. The baseline period for bleeding event data collection is defined as up to 24 months prior Joallnie
- : - Relevant comorbidities at enroliment™ » ( /0) to the first efanes_o ctocog alfa injection. Individual ABR = (Number of bleeding episodes occurring during the treatment period / Duration of aAdditional index joint defined by principal investigator’s judgment. °Missing data reflects data that had not yet been collected by the data cutoff.
) Asdogse%t.e::n.be(g:io’ 210225’ 64 ;nalf_ pé}[tlents, mCIUdIIIngd 11 adolescent (1 2 to <18 years) Any relevant comorbidities 17 (26 6) —the treatment period [days]) * 365.25. IPSG, International Prophylaxis Study Group; Max, maximum; Min, minimum; MRI, magnetic resonance imaging; SD, standard deviation.
an pediatric 0 <12 years) patients, were enrolled. '
* Most had severe hemophilia A (n=55) with mean (SD) age at diagnosis of 5 (10) years. Hepatitis C virus infection 7(10.9)
: : ‘. DISCLOSURES:
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demand treatment (SHL, n=1; EHL, n=2). Data was missing in 1 patient by the data cutoff. No 1(1.6) received research funding from Sanofi
— Patients may have received different prophylactic drugs during different periods between aThis pati ivi 4% at di i i 6% W-UD Visit. i i i FUNDING: REFERENCES:
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