A total of 195 bleeds (treated and untreated) were reported in 46 I Most traumatic and non-surgical bleeds occurred on the head

Background < .
participants during the study . Four (2.1%) joint and 5 (2.6%) muscle bleeds occurred, all at >6 months of age
- Emicizumab, a bispecific monoclonal antibody, replaces the function of deficient » Prior to study entry, most bleeds had occurred at the lower extremities (26/77 (Figure 4A).
B I eed att erns iNn iIn fan tS frO m activated factor (F)VIII to improve hemostasis in people with hemophilia A (HA) [33.8%)), with 25 (32.5%), 14 (18.2%) and 6 (7.8%) occurring at the upper - Most spontaneous and traumatic bleeds occurred on the head (151/195 [77.4%);
p ’ — Early initiation of emicizumab may mitigate risks of spontaneous and traumatic extremities, the head and the torso, respectively (Figure 14). FIGUIRE SIEY; 12 GO Semimen SEe molin dieees (Giiihsl, deeeh . rve) 12
b I rt h tO 12 mon t h ) Of age, w I t h bleeding, including intracranial hemorrhage (ICH), as well as FVIII inhibitor » During the study, most bleeds occurred on the head (151/195 [77.4%]), and 29 treated) and nose bleeds (37/151 bleeds [24.5%)]; all untreated).
g ] development, and has been recommended by the National Bleeding Disorders (14.9%), 11 (5.6%) and 3 (1.5%) occurred at the lower and upper extremities and  No ICH occurred.

the torso, respectively (Figure 1B).
2020, prior to HAVEN 7 study initiation.* Figure 1. Bleed types and locations at baseline and during the study.

HAVEN 7 (NCT04431726) was designed to evaluate the safety, efficacy, A) Bleed types and ocations at baseline”
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Figure 4. Number of treated and untreated bleeds.
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* Model-based ABRs (95% CI) for treated bleeds and all bleeds were 0.40
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« At informed consent, median participant age was 4.0 months (range: 9 days—11 There were 42 treated bleeds in 25/46 (54.3%) participants, all traumatic

This HAVEN 7 exploratory months 30 days; Table 1). — Zero (0%) occurred in participants aged 0—<6 months at time of bleed, and 3 2 © © ©
: .1%), 10 (23.8%), and 29 (69.0%) at ages 6—<9, 9—-<12, and 212 months
vleed patterns analysis | - (7.1%), ’ ’ ’ ’
_ o _ Table 1. Baseline characteristics. respectivelv (Fiagure 2). 11 © ATOMX+TBRM®O or@a@n o @HONAACOAOAHO OO ©
describes the types and Emicizumab was effective | P y (Fig ) |
occurred in previously annualized bleeding rates Participants (N=55) m Treated joint m Treated muscle m Treated other 0O 10 20 30 40 50 60 70 8 90 100 110 120 130 140 150 160 170
.. . _ m Untreated joint Untreated muscle  Untreated other Age at time of bleed (weeks)
untreated/minimally In Infants up to 12 months Age at informed consent (months) . - N _—
. . . Ota urgical bleeds were not includead.
treated mf_a_nts with severe of age at informed consent Mean (SD) 5.0 (3.9) 0—<6 months 1 2
hemophilia A receiving Median 40 6—<9 months J1 5
treatment with emicizumab | | 9-<12 months 27 - The median (range) numbers of FVIII exposure days per participant and FVIII
Min—-max 9 days — 11 months 30 days 212 months | , , __ 160 | | infusions per bleed during emicizumab treatment were 0.0 (0.0—4.0) and 1.0
Male, n (%) 55 (100) 0 50 100 150 200 250 (1.0-3.0), respectively.®
Prior treatment status, n (%) Surgical bleeds were not included. Number of bleeds overall « Two infants aged 10 and 11 months at informed consent contributed to 24.6% of
) 0 .
overall bleeds. One infant had 27 (13.8%) bleeds; 23 on the head, mostly nose
MTP* 30 (54.5) Bleedi it . 9 milar to bruising/ini i bleeds. The other infant had 21 (10.7%) bleeds; 14 bleeds on the head, primarily
The bleeding patterns | P 25 (45.5) ineneonlf]hge&i ehrir|1isC ci)nfsaenrt\;e were similar to bruising/injury patterns ot [,
observed In this 52-week Infants treated with N P
: . . : Family history of HA, n (%) 41 (74.5) . : . . :
period of emicizumab emicizumab experienced no « The majority of bleeds occurred in participants aged >56 weeks (Figure 3), Conclusions
treatment may be similar to treated spontaneous Family history of FVIII inhibitors 7 (12.7) consistent with motor development and also bruising/injury patterns observed in
: - - : : non-hemophilic infants.*>
typical patterns of bleeds, and had a low joint Number of participants with 21 bleed prior to _ . . i - TICHRN - - -
] Lyp p P " ; bleed rate: - JC I emicizumab initiation®. n (%) 36 (65.5) Figure 3. Number of bleeds (treated and untreated) by location and mobility This is one of the first analyses describing in detail bleeding patterns in infants
ruising/injury oobserve eed rate; no intracrania at time of bleed with HA receiving emicizumab.
i _ ilic i Number of bleeds, n 77 _ ' _ _ _ _
In non-hemophilic infants hemorrhage occurred (Opiggn‘?vz'e'}is) (j;”&"gf;lis) (;Qéawgg?(s) At the primary analysis of HAVEN 7, no treated spontaneous bleeds were
0) —= - . _ . .
Spontaneous bleeds 25 (32.5%) N=6 bleeds N=38 bleeds N=151 bleeds reported during emicizumab treatment, and joint and muscle bleed rates were low.
Traumatic bleeds 19 (24.7%) ‘ Head 83.3% ‘ Head 81.6% o 7620 All treated bleeds reported were traumatic and bleed events increased with age as
Procedural/surgical bleeds 33 (42.9%) (5/6) Upper extremities B0 Upper extremities (115/151) Infants gained mOblllty and motor development.

Torso 2.0% (3/151) No ICH was reported with emicizumab prophylaxis; HAVEN 7 was not designed to
Investigate ICH.
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*Defined as a participant with <5 EDs to hemophilia-related treatments containing FVIII, such as plasma-derived FVIII, recombinant FVIII, fresh/frozen plasma, emiciZu mab treatment were Slmllar to preVIOUSIy pUbIIShed analyses Of erISIng
cryoprecipitate, or whole blood products; tData on bleeds prior to the study (since birth) were collected retrospectively. ED, exposure days; F, factor; Mobility of infants was estimated using similar _10% _30% —60% —100% Tal N i I I I 45
HA, hemophilia A; max, maximum; min, minimum; MTP, minimally treated participant; PUP, previously untreated participant; SD, standard deviation. data from a previous pediatric hemophilia study.* 1-10% . 11-30% . 31-60% . 61-100% and InJury In Infants WIthOUt a bleedlng dISOI’der.
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