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Efficacy and safety of eltrombopag combined with immunosuppressive therapy in the treatment of severe
aplastic anemia:a meta-analysis

LI Biyun', HAN Yahui®, YIN Chuyun', DU Weichuang', LI Yuanfang', WANG Dao' (1. Dept. of Children’ s
Hematology and Oncology, the First Affiliated Hospital of Zhengzhou University, Zhengzhou 450052, China;
2. Dept. of Pediatric Surgery, the First Affiliated Hospital of Zhengzhou University, Zhengzhou 450052, China)

ABSTRACT OBJECTIVE To systematically evaluate the efficacy and safety of eltrombopag combined with immunosuppressive
therapy (IST) for severe aplastic anemia (SAA), and to provide evidence-based basis for clinical treatment of SAA. METHODS
Retrieved from PubMed, Embase, Cochrane Library, ClinicalTrials.gov, VIP, CNKI and Wanfang data, randomized controlled
trials (RCTs) and cohort studies about eltrombopag combined with IST (trial group) versus IST alone (control group) were
collected from the inception to May 2023. After data extraction and quality evaluation (Cochrane manual 5.1.0) of included studies,
meta-analysis, subgroup analysis, sensitivity analysis and publication bias analysis were performed by using RevMan 5.4 software.
RESULTS A total of 12 studies were screened, including 1 344 patients. Compared with control group, objective remission rate
(ORR) (RR=1.34, 95%CI was 1.06-1.69, P=0.01) and complete response rate (CRR) (RR=1.88, 95%CI was 1.31-2.71, P=

0.000 6) at 3 months, ORR (RR=1.33, 95%CI was 1.23-

ABETE WA &S ERE AR E B 3R (No. 1.43, P<<0.000 01) and CRR (RR=1.88, 95%CI was 1.57-
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P=0.87) at 12 months, two-year overall survival (OS) rate (HR=0.61, 95%CI was 0.31-1.22, P=0.17), two-year event-free
survival (EFS) rate (HR=0.81, 95%CI was 0.61-1.07, P=0.14), clone evolution rate (RR=1.01, 95%CI was 0.51-2.00, P=

0.98) or the incidence of adverse drug reactions such as liver/renal insufficiency, rash (P>0.05). Results of subgroup analysis

showed that ORR and CRR of trial group at 6 months were higher than those of the control group in RCT and the cohort study

subgroups (P<<0.05). There was no statistically significant difference in the two-year OS rate, two-year EFS rate or clone evolution

rate between trial group and control group in the two subgroups (P>>0.05). The results of sensitivity analysis and publication bias

analysis showed that the results of this study were robust and the possibility of publication bias was small. CONCLUSIONS The

addition of eltrombopag in the IST regimen of SAA can improve the early hematological remission rate of patients, has no

significant impact on short-term survival, and will not increase the occurrence of adverse drug reactions and clonal evolution.

KEYWORDS severe aplastic anemia; eltrombopag; immunosuppressive therapy; adverse reaction
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Study or Subgroup _Events _Total Events Total Weight M-H, Random, 95% CI M-H, Random, 95% CI
Assi 2018 6 21 12 17 142% 1.08[0.73, 1.59] -
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KEF 2022 19 31 12 32 106% 1.63 [0.96, 2.77] —
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Study or Subgroup _Events _Total Events Total Weight M-H, Fixed, 95% CI M-H, Fixed, 95% CI
Assi 2018 8 21 5 17 15.6%  1.30[0.52,3.24] —

Fang 2021 4 18 5 39 89%  1.73[0.53,5.70] —

Groarke 2021 9 40 12 87 214%  163[0.75,3.55] T
Jin 2022 9 54 5 67 126%  2.23[0.80,6.27] T
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Experimental  Control Risk Ratio Risk Ratio
Study or Subgroup _Events _Total Events Total Weight M-H, Fixed, 95% CI M-H, Fixed, 95% CI
Fang 2021 9 18 7 39 3.6% 2.79(1.23,6.29]
Goronkova 2023 17 49 9 49 72%  1.89[0.93,3.82]
Groarke 2021 12 40 20 87 10.1%  130[0.71,2.40) T
Jie 2021 8 14 6 28 32%  267[1.156.19] —_—
Jin 2022 15 54 10 67 7.2% 1.86[0.91,3.81] ——
Lesmana 2021 2 9 4 16 2.3%  0.89[0.20,3.94) e
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