Efficacy and safety of avatrombopag for the treatment of pediatric immune thrombocytopenia
in the open-label extension of a phase 3, randomized, double-blind, placebo-controlled trial
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CONCLUSIONS RESULTS

» Of the 75 patients enrolled in the core phase, 73 entered the OLE (Figure 1)

* Avatrombopag demonstrated sustained efficacy during this open-label extension, with a

cumulative safety profile consistent with that of the double-blind, placebo-controlled core phase * As of the data cutoff date (September 30, 2024), 30.1% of patients had completed the OLE, 38.4%
were ongoing, and 31.5% had discontinued; the most common reason for discontinuation was lack
of efficacy (Figure 1)

Figure 3: Avatrombopag exposure and PCs during the OLE

* No new or unexpected safety concerns were identified Median duration of AVA treatment Median weekly AVA dose (mg)

—— ‘ Age >1to <6 y: Age >6to <12 y: Age >12 to <18 y:

¢ 534 158.8 116.3

* These findings support the long-term efficacy and safety of avatrombopag for treating children
with [TP * The mean time from ITP diagnosis to first dose of study medication was 4.1 years; 74.0% of patients 87.6

had previous TPO-RA treatment and 63.0% had lack of ITP response to a previous TPO-RA (Figure 2) weeks

* Median PCs in the absence of rescue therapy among patients receiving avatrombopag in the OLE

BAC KG RO U N D remained within the target range throughout months 2—24 (Figure 3) o -

Median PCs in the absence of rescue therapy?®

* Serious TEAEs were reported in 20 (27.4%) patients, with the most common being thrombocytopenia
* There is an unmet need for new treatment options for pediatric patients with chronic immune and epistaxis (5.5% each) and mucosal hemorrhage and gastroenteritis (2.7% each) (Table 1) 175 -
thromb.o.cytopenia (ITP), as many currently approyefj opt.ions have chayllenges rel?t?d tol 2  AESIs were reported by 5 (6.8%) patients, with no new AESIs reported since the previous data cutoff .. __
tolerablllty, Iong-term EffECtIVEHESS, route of admlnlstratlon, and/or dieta ry restrictions? date (December 18, 2023) (Table 1) 150 _Targetpcrange= .................................................................................................................... i S
* Avatrombopag, an oral thrombopoietin receptor agonist (TPO-RA) approved for the treatment « There was 1 report each of avatrombopag-related thrombocytosis and deep vein thrombosis and -
of ITP in adults, was shown to be efficacious and well tolerated in children and adolescents with 4 non—avatrombopag-related CTCAE grade >3 bleeding events; no deaths occurred (Table 1) >N
> ; =
ITP in the core phase of a 12-week, double-blind, placebo-controlled study* g
— Median platelet counts for avatrombopag-treated patients remained >50%10°/L throughout Figure 1: Patient disposition as of September 30, 2024 _rgs
the last 8 weeks of treatment S -
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* To assess the long-term efficacy and safety of avatrombopag for treating pediatric patients
with ITP

n= 62 63 62 65 64 60 60 61 61 58 61 54 55 52 49 47 43 45 41 37 34 32 28 25 22
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M ETH O DS : n=23 (315%) i AVA, avatrombopag; OI._E, open—Ia?beI extension; PC, platelet count. Month
i o LaCk Of efﬁcacy (n=8) : 2Error bars denote the interquartile range.
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* Study design: Open-label extension (OLE) of a phase 3b, multicenter, randomized, double-blind, I Adverse event (n=>) i
- * Sponsor request (n=5) ;
placebo-controlled, parallel group study (NCT04516967) '« Withdrawal of consent (n=2) i Table 1: Safety outcomes during the extension phase
* Setting: 62 clinical study sites worldwide (France, Germany, Hungary, Poland, Russia, Turkey, i * Other (n=2) i
, , , , , ST ! N=73
* Patients: Children aged >1 to <18 years who had been diagnosed with primary ITP 26 months DBPC, double-blind placebo-controlled phase; OLE, open-label extension. - | ( )
] ] ] o ] ] ] ] aAvatrombopag, n=54; placebo, n=21. PPatients who completed the core phase or discontinued early because of lack of treatment effect entered the extension phase. ) )
earlier and had experienced insufficient increases in platelet count (PC) with previous treatments Patients with TEAEs, n (%) 72 (98.6)
* Statistical analysis: Patient characteristics and efficacy endpoints during the OLE were : : : w w Treatment-related TEAES 10 (13.7)
summarized descriptively Figure 2: Patient demographic and clinical characteristics (N=73)
TEAEs resulting in study discontinuation 6 (8.2)
Study schematic Median age Male sex Mean time from ITP diagnosis Serious TEAES? 20 (27.4)

to first dose of study treatment

50-7% ' l Epistaxis 4 (5.5)
9 (n=37)

Screenin DBPC core phase Extension phase
8 (12 weeks)? (2 years)®
o © 0 o o 4. 1 Thrombocytopenia 4 (5.5)
— Avatrombopag® w w w w w
Open-label years Gastroenteritis 2 (2.7)
. Placebo avatrombopag Mucosal hemorrhage 2(2.7)
Race 83.6% Received any previous

(n=61) TPO-RA treatment Patients with AESIs, n (%) 5 (6.8)

3:1 randomization

DBPC, double-blind placebo-controlled; PC, platelet count.
aStudy drug dosage was titrated to target a PC range of 250x10%/L to <150x10°/L. bPatients who completed the core phase or discontinued early because of lack of treatment effect entered the extension

phase. ‘Avatrombopag starting dose was 10 mg once daily for patients aged >1 to <6 years and 20 mg once daily for patients aged 26 to <12 years or 212 to 18 years. Th rom boem bOliC events 1 (1 4)b
(1) (0 (0]
. 5.5% 5.5% 5.5% . C
Study endpomts (n=2) (n=4) (n=4) CTCAE grade >3 bleeding events 4 (5.5)
White Asian Other Not reported Deaths, n (%) 0
AE, adverse event; AESI, AE of special interest (thromboembolic events, bleeding events of CTCAE grade >3); CTCAE, Common Terminology Criteria for Adverse Events; TEAE, treatment-emergent AE.
. . 9 9 Number Of |TP medications received Since dia nOSiS |TP d|d not res ond to a aSerious TEAEs reported in >1 patient are shown. One patient reported a grade 4 TEAE (aplastic anemia, not avatrombopag related). There was 1 report each of avatrombopag-related thrombocytosis
¢ PC In the d bsence Of rescue thera py (ta rget ra nge . ZSOX 10 /L to SlSOx 10 /L) g . TPO RApt t t and deep vein thrombosis. PAvatrombopag-related deep vein thrombosis. “No CTCAE grade >3 bleeding events were determined to be avatrombopag related.
previous = reatmen
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