
patients left the 
study because of 
treatment-related 
side e�ects.

What is severe aplastic anemia?1-5

What are the limitations of immunosuppressive therapy 
for severe aplastic anemia?1,2,6,9

Severe aplastic anemia (SAA) is a life-threatening disease caused by the destruction of 
blood-forming stem cells in the bone marrow. These stem cells normally produce 3 cell types: 
red blood cells (RBCs), white blood cells, and platelets. A lack of any of these cells can lead to 
serious symptoms.
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Many patients with SAA will need regular RBC and/or platelet transfusions to prevent their 
blood cell counts from becoming dangerously low.

Red blood cells carry oxygen 
A low RBC count (anemia) leads to symptoms such 
as fatigue, shortness of breath, and heart problems. 

White blood cells fight infection
Patients with SAA are at increased risk of 
life-threatening infections.

Platelets form clots to prevent bleeding 
Having low platelet counts leaves patients with 
SAA at increased risk of severe and potentially 
life-threatening bleeding.

Lack of availability
ATG is not available 
everywhere.

Incomplete 
response

Individual intolerance
In some patients, ATG 
treatment has to be stopped 
because of side e�ects such 
as severe allergic reactions.

Around 2 in 3 
patients initially 
respond to 
therapy.

Around 
a third (35%) of 
patients given 
IST do not 
respond to it. In those who do initially respond, around a 

third (33-35%) stop responding and their 
blood cell counts start to decline again.

Around 15% of patients with aplastic anemia who are treated with IST go on to develop myelodysplastic syndromes and 
acute myeloid leukemia - a process known as clonal evolution.

Patients aged under 65 years 
had higher response rates  than those 
aged 65 years or older.

Almost 1 in 3 older patients (those aged at least 
65 years) also responded to the ATG-free 
combination treatment.

Eltrombopag is a medicine approved for use in patients with SAA who are unable to undergo 
BMT or where IST has failed. In the United States, it can also be used in combination with IST 
as a first treatment option. 

A combination of eltrombopag plus CsA (without ATG) could be beneficial as a first treatment 
for patients in circumstances where ATG is unavailable or is not tolerated by the patient.

SOAR is an ongoing Phase 2 clinical trial to assess the safety and e�cacy of eltrombopag plus 
CsA in patients with previously untreated SAA.

Patients received eltrombopag plus CsA for 6 months. Those who responded to treatment 
continued with CsA for up to 24 months; the CsA dose was gradually reduced (or “tapered”) 
during this period. The 6-month results are presented. 

The majority of side e�ects were mild. Although 8 patients died while on treatment, none of these deaths were 
considered related to treatment.

What was the rationale for the SOAR study?10,11

What is the SOAR study?
(ClinicalTrials.gov identifier: NCT02998645)12 

Does eltrombopag plus cyclosporine A work?

What were the most common side e�ects?

The SOAR study shows that eltrombopag plus 
CsA may be a beneficial treatment option for 
patients with SAA who cannot receive ATG.

Side e�ects were similar to the known, 
manageable side e�ects for eltrombopag 
and CsA. No new side e�ects were reported.

Summary
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Increased bilirubin 
levels, which can be a 
sign of impaired liver 
function. This a�ected 
around 2 in every 5 
patients. 

Increased alanine 
aminotransferase 
levels can also 
indicate liver 
dysfunction. This 
occurred in around 
1 in every 5 patients. 

Nausea a�ected 
around 3 in every 10 
patients.

Diarrhea occurred in 
1 in every 5 patients. 

ATG, anti-thymocyte globulin; BMT, bone marrow transplantation; CsA, cyclosporine A; HLA, human leukocyte antigen;
 IST, immunosuppressive therapy; RBC, red blood cell;  SAA, severe aplastic anemia.
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Many patients had at least 1 transfusion-free 
period by 6 months.

All 25 (100%) patients who had a response by 6 months 
experienced a period of transfusion independence. 
This means they did not need a platelet transfusion for at 
least a 28-day period and/or an RBC transfusion for at least 
a 56-day period.

Even among the 29 patients without a response by 
6 months, 13 (45%) had at least 1 period of 
transfusion independence.

E�cacy and safety of eltrombopag combined with 
cyclosporine as first-line therapy in adults with 
severe acquired aplastic anemia: Results of the 
interventional Phase 2 single-arm SOAR study

This resource is associated with Poster Presentation #2174 at the 63rd American Society 
of Hematology Annual Meeting held December 11-14, 2021 in Atlanta, GA and virtually 
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RESPONSE

46.3% (25 out of 54) patients 
responded to treatment by 6 months.
• The result was considered clinically 
 meaningful if at least 17 of the 54 (30%) 
 patients responded.

This means that eltrombopag plus 
CsA may be e�ective in patients 
with SAA.

1 2 out of the 25 patients who responded had a 
complete response to treatment, which means 
that the levels of all 3 blood cell types (RBCs, white 
blood cells, and platelets) increased beyond the 
thresholds laid out in the study.b

The other 23 patients had a partial response, 
meaning that the levels of 2 out of 3 blood cell 
counts increased beyond the thresholds laid out.b 

2

3

1

3

2

Male

63%

Female

37%
White

41%

Othera

19%

Asian

41%

aDue to rounding, the percentages 
do not add up to exactly 100%.

bComplete response was defined as meeting all 3 criteria of an absolute neutrophil count ≥1000/µL, a platelet count ≥100,000/µL, and hemoglobin ≥10 g/dL. Partial response was defined as 
any 2 of the following counts: absolute neutrophil count ≥500/µL, platelet count ≥20,000/µL, and automated reticulocyte count ≥60,000/µL. Responses were confirmed by 2 assessments at 
least 7 days apart; transfusion restrictions were applied.

What is the treatment for severe aplastic anemia?1,2,6-8

Allogeneic bone marrow transplantation (BMT) or immunosuppressive therapy (IST) 
are the most commonly used treatments.

BMT works best 
in patients under 
40 years old with 
HLA matched 
donors (usually a 
direct relative).

IST is given to patients not eligible for a 
bone marrow transplant. It’s a combination 
of 2 medicines called anti-thymocyte 
globulin (ATG) and cyclosporine A (CsA). 
Up to 70% of patients respond to ATG and 
CsA as a first treatment, although only 
some of these patients have a complete 
response (which is known to correlate well 
with survival).

<65 y
54%
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100%
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At least 1 period of RBC and/or platelet 
transfusion independence by 6 months

Non-responders


