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Acquired aplastic anemia results from an immune-mediated destruction of bone marrow precursor cells. In patients with refractory aplastic anemia, the use of eltrombopag resulted in significant 
improvement in almost half of the patients. In this study we access the results from combined therapy with eltrombopag and standard immunosuppressive in patients with severe aplastic anemia in a 
Central Hospital.

INTRODUCTION

Aplastic Anemia Patients Characteristics: 

➢ 8 treated with Eltrombopag (2 were excluded)

➢ Median age at diagnosis of 51,5 [12-80] years. 

Eltrombopag Treatment:

➢ Most patients were treated in second line. 2 were treated with 
eltrombopag in first line with immunosuppressive therapy. 

➢ Median treatment duration was 6,5 months [4-26]. Three patients were 
treated > 12 months.

Clinical Outcomes: 

➢ The OR rate at 3 and 6 months was 25% and 40%, respectively, all 
corresponding to PR. Of all the 3 patients that maintained treatment 
longer than 12 months accomplished at least a PR, with one achieving 
CR at 18 months. 

➢ Transfusion independence was reached in 37,5% of patients at 3 
months and 66,7% of patients at 6 months. 

➢ 3 patients were dyscrasic at baseline, two improved showing with 
treatment, no signs of bleeding at 3 and 6 months of therapy.

➢ Survival rate was 87,6% at the median of follow-up (15 months). One 
patient died with refractory disease. 

➢ Toxicities: 2 patients developed first degree liver toxicity with no need 
to discontinue or reduce the dosage of eltrombopag.

RESULTS

Although hematologic responses were inferior to literature cohorts, in our sample, most patients obtained clinical benefit with transfusion independence and hematological response.
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Case Series Synopsis: Eltrombopag in Patients with Severe 
Aplastic Anemia: The Experience of a Central Hospital

Unicentric retrospective study. Inclusion criteria: patients with severe aplastic anemia treated with eltrombopag ≥ 3 months. Exclusion criteria: patients with non-severe aplastic anemia and patients < 3 
months of therapy. Primary endpoint was overall hematologic response (OR) at 3 and 6 months. Secondary endpoints were hematologic partial (PR) and complete response (CR) at 3 and 6 months, long-
term hematologic response, transfusion independence at 3 and 6 months, ISTH-SSC bleeding score at 3 and 6 months, toxicity CTCAE 5.0, survival and relapse. Aplastic Anemia severity classification and 
response criteria were defined in accordance to the consensus guidelines published in British Journal of Haematology, 147, 43–70, 2009.

METHODS

Table 1: Hematologic Response in Aplastic Anemia Patients treated with
Eltrombopag

Table 2: Other Clinical Criteria Response in Aplastic Anemia Patients
treated with Eltrombopag

Graph 1: Each bar represents a patient with 
Aplastic Anemia treated with Eltrombopag. The X-
axis represents time in months. Time 0 represents 
the initiation of Eltrombopag. The annotations 
represent the achievement of hematological 
response (CR – complete response; PR – parcial
response.


