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Key results

Elritercept was well tolerated and showed durable and rapid responses in transfusion-dependent patients with LR-MDSKey take aways
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Conclusions

Elritercept 

• Patients with myelodysplastic neoplasms (MDS)-associated anemia often become dependent on regular red 
blood cell (RBC) transfusions, which has a substantial impact on quality of life, particularly in patients with lower 
risk (LR)-MDS and high transfusion burden (HTB)1,2

• Erythropoiesis-stimulating agents (ESAs) are generally given as first-line therapy; however, patients may become 
ESA resistant, and require supportive RBC transfusions3,4

• Luspatercept, an erythroid maturation agent, is currently approved for the treatment of anemia in patients with 
LR-MDS5

– Despite allowing some patients to become transfusion independent (TI), not all maintain long-term benefit, or 
disease response may be limited5,6

– In the MEDALIST phase 3 trial, of all patients with MDS who were ring sideroblast (RS) positive, 
ESA-refractory or responded poorly to ESAs, 38% had TI for ≥8 weeks; 33–42% of patients with somatic 
baseline mutations achieved TI for ≥8 weeks7

– In the COMMANDS trial, TI responses were notably higher in biologically favorable subgroups, including 
patients with RS and SF3B1 mutations, compared with patients with non-RS disease or those without SF3B1
mutations8

• There remains an unmet need for novel treatment options that can improve symptoms of anemia, lessen the 
transfusion burden, and provide rapid and durable responses for this population9–11

To view an electronic version of this poster, 
scan this Quick Response (QR) code or 
visit: https://tiny.one/Ac72735AQy

Copies of this poster obtained through QR 
code are for personal use only and may not 
be reproduced without permission from the 
congress and the author of this poster.

Results

• Dysregulated transforming growth factor beta (TGF-β) superfamily signaling in LR-MDS suppresses erythroid 
differentiation and leads to ineffective hematopoiesis, contributing to persistent anemia12,13

*Includes data for Weeks 0–24 for mITT24 patients. †Includes data for Weeks 0–24 in mITT24 patients with baseline EPO <500 U/L, excluding one 
patient with del5q MDS. ‡Defined as achieving modified IWG 2006 HI-E and/or TI. §Includes all MDS RP2D patients who have had 24 weeks of 
treatment or have discontinued before reaching Week 24 at the data cutoff date in addition to having ≥2 units of RBC transfusion at baseline. 

• Elritercept was well tolerated and showed durable and rapid responses in transfusion-dependent patients with 
LR-MDS

─ Efficacy was observed in patients with LTB and HTB, prior exposure to ESAs, RS-positive and non-RS MDS, 
EPO <500 U/L, including those with a SF3B1 mutation

─ Improvements were also observed in ANC and platelet counts

• These updated findings further consolidate the potential for elritercept as a treatment for transfusion dependent 
anemia and support its further development to address the high unmet medical needs in this heterogeneous 
patient population

• A phase 3 randomized controlled study (RENEW, NCT06499285) is ongoing and currently recruiting to confirm 
these results

*Population includes all MDS RP2D patients who have had 24 weeks of treatment or have discontinued before reaching Week 24 at the data 
cutoff (mITT24) in addition to having at least two units of RBC transfusion at baseline.

*MDS R2PD population includes all patients with MDS who received ≥1 dose of elritercept with dose level ≥3.75 mg/kg. †Non-ring sideroblast as 
defined by World Health Organization 2016 criteria. ‡Includes nine patients with missing data. 
IPSS-R, International Prognostic Scoring System-Revised.

• As of data cutoff (April 3, 2025), 96 patients were enrolled in the recommended part 2 dose (RP2D) group 

• At baseline, median age was 74 years, and 63.5% of patients were male 

• A third of patients (32.3%) were classified as non-RS and two thirds (60.4%) had HTB

• More than half of the patients (54.2%) had SF3B1 mutations and 81.3% of patients had baseline erythropoietin 
(EPO) <500 U/L

*Safety population includes all MDS RP2D patients who received ≥1 dose of elritercept. †Includes anemia, neutropenia, headache, syncope, 
neutrophil count decreased, gastric adenocarcinoma, dyspnea, and hypertension. Each event occurred once, although some patients may have 
experienced more than one AE considered related to elritercept. ‡Includes injection site reaction, gastric adenocarcinoma, syncope, and dyspnea 
(n=1 for each). 
SAE, serious adverse event.

Most frequent TEAEs (≥10% of patients, all grades)

• 7/22 (31.8%) patients with baseline 
ANC <1.5 x 109/L achieved an ANC 
≥1.5 x 109/L (sustained for ≥8 weeks)

• Of three patients with baseline 
neutrophil count <1.0 x 109/L, one had a 
sustained modified 2006 IWG 
HI-neutrophil response† for ≥4 weeks

*MDS RP2D population included all patients with MDS who received ≥1 dose of elritercept with dose level ≥3.75 mg/kg. †Defined as an increase of 
≥100% and an absolute increase >500/µL from baseline neutrophil count. ‡Defined as an increase of ≥30 x109/L for those with baseline starting 
platelet value of >20x109/L, or an increase from ≤20 x109/L to >20 x109/L, and by at least 100%.

• Response rates were similar across patients with LTB or HTB

• The highest response was seen in patients who were either RS-positive or had a SF3B1 mutation

• Most patients had lower baseline EPO levels, which were associated with higher response 

• Response rates were comparable regardless of prior ESA use 

Mean absolute neutrophil count (ANC) and platelets increase

Safety overview

• TI for ≥8 weeks was achieved by Week 24 across a range of patient subgroups (Summary Panel)

• The median time to first TI was 0.4 weeks (95% confidence interval [CI]: 0.3–5.3). In the first 48 weeks, 26.9% 
achieved TI ≥24 weeks (15.5% in patients with HTB)

• The median duration of TI was 110.9 weeks (95% CI: 24.3–not estimated) among patients who had TI ≥8 weeks 
in the first 24 weeks. Sustained TI ≥24 weeks was observed in 67.3% of patients with TI ≥8 weeks

• The median time to modified HI-E response was 3.1 weeks (95% CI: 1.1–8.1)

─ The median time to modified HI-E response was 1.4 weeks (95% CI: 0.3–12.4) in patients that had prior ESA; 
and 4.1 weeks (95% CI: 1.1–8.4) in those who were ESA naïve 

• Most patients achieved an initial response within 8 weeks

• The median duration of modified HI-E was 43.9 weeks (95% CI: 24.6–59.1)

*Population includes all MDS RP2D patients who have had 24 weeks of treatment or have discontinued before reaching Week 24 at the data cutoff 
(mITT24) in addition to having at least two units of RBC transfusion at baseline.

With elritercept Without elritercept 

Imbalanced

Elritercept
A modified activin 
receptor type IIA/IgG1 
fusion protein2

Elritercept selectively binds and potently 
blocks downstream signaling of the TGF-β 

superfamily ligands activin A and B, and
growth differentiation factors (GDF) 

8 and 1113,14

This can potentially provide therapeutic benefit 
to a broad and heterogeneous subset of 

patients with MDS13,14
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Includes patients who may have 
potential benefit from continued 

elritercept treatment after 24 cycles, 
received ≥1 dose of elritercept with 

dose level ≥3.75 mg/kg every 4 weeks

• Transfusion-dependent adult patients 
with a diagnosis of MDS that meet 
IPSS-R classification of very low-, low-, 
or intermediate-risk MDS*

• Anemia, defined as†: 

1. LTB: Having received 1–3 RBC units 
for Hgb ≤9.0 g/dL within the 8-week 
pretreatment period OR,

2. HTB: Having received ≥4 RBC units for 
Hgb ≤9.0 g/dL within the 8-week 
pretreatment period

Key eligibility criteria

Part 1: Dose escalation (n=31) Part 2: Dose expansion (n=71)  

Starting dose was 3.75 mg/kg with up titration to 5.0 mg/kg 
if the investigator believed the patient would derive benefit

Long-term study (Part 1 and Part 2): all cohorts (n=96)

Treatment 
period 

Safety follow-
up period

Survival  follow-
up period

Monthly visits 8 weeks Quarterly

Study design: a phase 2, open label study (NCT04419649)

• Primary:
− Safety/tolerability‡

• Secondary:
− RBC TI ≥8 weeks
− Modified 2006 IWG HI-E 

response§

− Overall erythroid response
− Time to and duration of HI-E 

and TI response 
• Exploratory:

− Platelet and neutrophil count

Endpoints

Pretreatment 
period 

Treatment period 
4 or 24 cycles

Safety follow-
up period

8 weeks Up to 96 weeks 8 weeks

Pretreatment 
period 

Treatment period 
24 cycles

Follow-up 
period

6 weeks 96 weeks 8 weeks

Characteristic N=96*

Age in years, median (range) 74 (53–89)
Male, n (%) 61 (63.5)
Ring sideroblast status, n (%)

Ring sideroblast positive 64 (66.7)
Non-ring sideroblast† 31 (32.3)

Transfusion burden, n (%)
Non-transfused 15 (15.6)
Low transfusion burden (LTB) 23 (24.0)
HTB 58 (60.4)

Dysplasia category, n (%)
Multi-lineage 56 (58.3)
Single-lineage 7 (7.3)
Unknown/missing 33 (34.4)

Prior erythropoietin stimulating agent, n (%)
Yes 25 (26.0)
No 71 (74.0)

Baseline erythropoietin, n (%)
Median (range), U/L 138.0 (1.1–4000)
<500 U/L, n (%)‡ 78 (81.3) 
≥500 U/L, n (%) 18 (18.8)

IPSS-R, n (%)
Very low 11 (11.5)
Low 61 (63.5)
Intermediate 23 (24.0)
Missing 1 (1.0)

Frequent mutations (in ≥10% patients, n[%])
SF3B1 52 (54.2)
TET2 33 (34.4)
ASXL1 22 (22.9)
EZH2 13 (13.5)
DNMT3A 12 (12.5)

n (%)
N=96*

Any TEAEs
Elritercept-related 

95 (99.0)
44 (45.8)

Grade ≥3 TEAEs
Elritercept-related†

57 (59.4)
5 (5.2)

SAEs
Elritercept-related‡

49 (51.0)
4 (4.2)

TEAEs resulting in discontinuation of elritercept 17 (17.7)

TEAEs resulting in dose modification 25 (26.0)
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Transfusion independence 

• Over the entire study period, the median exposure to elritercept was 13.8 months (range: 1.4–45.3)

• The most common treatment-emergent adverse events (TEAEs) are presented in the Summary Panel

• At data cutoff, elritercept treatment was ongoing in 39 (40.6%) patients: main reasons for discontinuation were 
lack of efficacy (n=19, 19.8%), TEAEs (n=16, 16.7%), withdrawal of consent (n=8, 8.3%) and progressive 
disease (n=5, 5.2%) 

• Overall, six deaths were reported, with five due to TEAEs; none were considered elritercept-related
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Hematologic improvement-erythroid
• Modified hematologic improvement-erythroid (HI-E) responses were achieved by Week 24 across a range of 
patient subgroups 

*Includes data for Weeks 0–24 for mITT24 patients. †Includes data for Weeks 0–24 in mITT24 patients with baseline EPO <500 U/L, excluding one 
patient with del5q MDS. ‡Defined as achieving modified International Working Group (IWG) 2006 HI-E and/or TI. §In patients with LTB, response was 
defined as a mean Hgb increase ≥1.5 g/dL during any 8-week treatment period. For patients with HTB, response was defined as a reduction in ≥4 
units of RBC transfused during any 8-week study period compared with the 8-week period before cycle 1 Day 1; ‖RS status missing in one patient. 

Overall erythroid response rates
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• 8/24 (33.3%) patients with baseline 
platelet count <150 x 109/L achieved a 
platelet count ≥150 x 109/L (sustained 
for ≥8 weeks)

• In patients with pretreatment platelets 
<100 x 109/L, 2/7 (28.6%) achieved a 
sustained modified HI-platelet 
response‡ for ≥4 weeks and 1/7 (14.3%) 
had a sustained modified 
HI-platelet response for ≥8 weeks
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*Based on the International Prognostic Scoring System-Revised. †Some non-transfused patients were enrolled to this study (data not shown in this presentation); ‡Adverse events measured by Common Terminology Criteria for Adverse Events v5.0. §For patients with LTB, response was defined as a mean hemoglobin increase ≥1.5 
g/dL during any 8-week treatment period. For patients with HTB, response was defined as a reduction in ≥4 units of RBC transfused during any 8-week study period compared with the 8-week period before cycle 1 Day 1. 

*mITT24 population includes all MDS RP2D patients who have had 24 weeks of treatment or have discontinued before reaching Week 24 at 
the data cutoff. †HI-E response is defined per Modified IWG 2006 criteria response. In patients with LTB, response was defined as a mean 
Hgb increase ≥1.5 g/dL during any 8-week treatment period. For patients with HTB, response was defined as a reduction in ≥4 units of RBC 
transfused during any 8-week study period compared with the 8-week period before cycle 1 Day 1.

TI for ≥8 weeks by Week 24
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BMP, bone morphogenetic protein. 

• Here, we present the results from the elritercept phase 2 study (NCT04419649) in patients with transfusion 
dependent LR-MDS (Summary Panel)
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