
Figure 2: Patient demographic and clinical characteristics (N=73)

• PC in the absence of rescue therapy (target range: ≥50×109/L to ≤150×109/L)

CONCLUSIONS
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• 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

• No new or unexpected safety concerns were identified

• These findings support the long-term efficacy and safety of avatrombopag for treating children 
with ITP
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BACKGROUND
• There is an unmet need for new treatment options for pediatric patients with chronic immune 

thrombocytopenia (ITP), as many currently approved options have challenges related to 
tolerability, long-term effectiveness, route of administration, and/or dietary restrictions1,2

• Avatrombopag, an oral thrombopoietin receptor agonist (TPO-RA) approved for the treatment 
of ITP in adults,3 was shown to be efficacious and well tolerated in children and adolescents with 
ITP in the core phase of a 12-week, double-blind, placebo-controlled study4

– Median platelet counts for avatrombopag-treated patients remained ≥50×109/L throughout 
the last 8 weeks of treatment

Figure 3: Avatrombopag exposure and PCs during the OLE
• Of the 75 patients enrolled in the core phase, 73 entered the OLE (Figure 1)

• 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)

• The mean time from ITP diagnosis to first dose of study medication was 4.1 years; 74.0% of patients 
had previous TPO-RA treatment and 63.0% had lack of ITP response to a previous TPO-RA (Figure 2)

• Median PCs in the absence of rescue therapy among patients receiving avatrombopag in the OLE 
remained within the target range throughout months 2–24 (Figure 3)

• Serious TEAEs were reported in 20 (27.4%) patients, with the most common being thrombocytopenia 
and epistaxis (5.5% each) and mucosal hemorrhage and gastroenteritis (2.7% each) (Table 1)

• AESIs were reported by 5 (6.8%) patients, with no new AESIs reported since the previous data cutoff 
date (December 18, 2023) (Table 1)

• There was 1 report each of avatrombopag-related thrombocytosis and deep vein thrombosis and 
4 non–avatrombopag-related CTCAE grade ≥3 bleeding events; no deaths occurred (Table 1)

AIMS
• To assess the long-term efficacy and safety of avatrombopag for treating pediatric patients 

with ITP

METHODS
• Study design: Open-label extension (OLE) of a phase 3b, multicenter, randomized, double-blind, 

placebo-controlled, parallel group study (NCT04516967)

• Setting: 62 clinical study sites worldwide (France, Germany, Hungary, Poland, Russia, Turkey, 
Ukraine, United Kingdom, United States)

• Patients: Children aged ≥1 to <18 years who had been diagnosed with primary ITP ≥6 months 
earlier and had experienced insufficient increases in platelet count (PC) with previous treatments 

• Statistical analysis: Patient characteristics and efficacy endpoints during the OLE were 
summarized descriptively

RESULTS

Study endpoints

• Treatment-emergent adverse events (TEAEs)
• Serious TEAEs
• Adverse events of special interest (AESIs; thromboembolic events, bleeding events of Common Terminology 

Criteria for Adverse Events [CTCAE] grade ≥3)

Safety

AVA, avatrombopag; OLE, open-label extension; PC, platelet count.
aError bars denote the interquartile range.

ITP, immune thrombocytopenia; TPO-RA, thrombopoietin receptor agonist.

Figure 1: Patient disposition as of September 30, 2024

DBPC, double-blind placebo-controlled phase; OLE, open-label extension.
aAvatrombopag, n=54; placebo, n=21. bPatients who completed the core phase or discontinued early because of lack of treatment effect entered the extension phase.

Table 1: Safety outcomes during the extension phase

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.
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 
and deep vein thrombosis. bAvatrombopag-related deep vein thrombosis. cNo CTCAE grade ≥3 bleeding events were determined to be avatrombopag related.

Total
(N=73)

Patients with TEAEs, n (%) 72 (98.6)

Treatment-related TEAEs 10 (13.7)

TEAEs resulting in study discontinuation 6 (8.2)

Serious TEAEsa 20 (27.4)

Epistaxis 4 (5.5)

Thrombocytopenia 4 (5.5)

Gastroenteritis 2 (2.7)

Mucosal hemorrhage 2 (2.7)

Patients with AESIs, n (%) 5 (6.8)

Thromboembolic events 1 (1.4)b

CTCAE grade ≥3 bleeding events 4 (5.5)c

Deaths, n (%) 0

4.1
years

Mean time from ITP diagnosis
to first dose of study treatment

Study schematic

DBPC, double-blind placebo-controlled; PC, platelet count.
aStudy drug dosage was titrated to target a PC range of ≥50×109/L to ≤150×109/L. bPatients who completed the core phase or discontinued early because of lack of treatment effect entered the extension 
phase. cAvatrombopag starting dose was 10 mg once daily for patients aged ≥1 to <6 years and 20 mg once daily for patients aged ≥6 to <12 years or ≥12 to 18 years.
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Discontinued OLE
n=23 (31.5%)

• Lack of efficacy (n=8)
• Adverse event (n=5)
• Sponsor request (n=5)
• Withdrawal of consent (n=2)
• Other (n=2)
• Patient non-compliance (n=1)

Completed OLE
n=22 (30.1%)

Ongoing in OLE
n=28 (38.4%)

Enrolled in DBPCa

N=75
Entered OLEb

n=73

Efficacy

Male sex

50.7%
(n=37)9

years

Median age
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Age ≥6 to <12 y:

158.8
Age ≥12 to <18 y:

116.3

Target PC range

Received any previous
TPO-RA treatment

74.0%
(n=54)

ITP did not respond to a 
previous TPO-RA treatment

63.0%
(n=34)

Race
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(n=4)

Other Not reported
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Number of ITP medications received since diagnosis
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