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Current indications for HCT in pediatrics 

• … foundation for discussion among patients, 
providers, payers, and policymakers. 

• Whether or not to proceed with 
transplantation in an individual patient is a 
clinical decision, best made after a careful 
consideration of the alternatives, risks, and 
benefits of the procedure.  



• The medical decision-making process for a 
transplant is complex and includes several factors 
besides the underlying indication, e.g. 
– patient’s overall health  
– performance status 
– comorbidities 
– disease risk (remission, responsiveness to treatment) 
– graft and donor source 
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• Review of published recommendations for 
HCT indications:  
– European Group for Blood and Marrow 

Transplantation (EBMT)  
– British Society of Blood and Marrow 

Transplantation (BSBMT) 
• Public comments 
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• Clinical trials and observational studies 
– specific questions  
– extrapolating the evidence to broad indication 

categories is challenging  
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• A suitable donor source can be found for most 
patients who may benefit from HCT 
– HLA-identical sibling donor  
– matched unrelated donor 
– unrelated umbilical cord blood 
– haploidentical donor  
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• A suitable donor source can be found for most 
patients who may benefit from HCT 

• Consider:  
– underlying disease 
– disease stage 
– urgency 
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Definitions for classifying indications 

• Standard of Care (S): well defined and generally 
supported by evidence in the form of high quality 
clinical trials and/or observational studies (e.g., 
through the CIBMTR or EBMT). 

• Standard of Care, Clinical Evidence Available (C): large 
clinical trials and observational studies are not 
available. However, HCT has been shown to be an 
effective therapy with acceptable risk of morbidity and 
mortality in sufficiently large studies. HCT can be 
considered as a treatment option for individual 
patients after careful evaluation of risks and benefits. 



• Standard of Care, Rare Indication (R): rare diseases 
for which clinical trials and observational studies 
with sufficient number of patients are not feasible 
because of their very low incidence.               
However, studies in small cohorts of patients have 
shown HCT to be effective treatment with acceptable 
risks of morbidity and mortality. 
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• Developmental (D) indications: preclinical and/or 
early phase clinical studies show HCT to be a 
promising treatment option. HCT is best pursued 
for these indications as part of a clinical trial.  

• Not Generally Recommended (N): evidence and 
clinical practice do not support the routine use of 
HCT; transplantation may be pursued for these 
indications within the context of a clinical trial. 

Definitions for classifying indications 



S - Standard of Care 
C - Standard, Clinical Evidence Available 
R - Standard, Rare Indication 
D - Developmental 
N - Not Generally Recommended 
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Brazil – Haploidentical Transplants 

Non-malignant N = 52 
• Aplastic anemia – 20 
• Adrenoleukodystrophy – 10 
• Blackfan-Diamond – 2 
• Congenital disceratosis – 1 
• Fanconi anemia – 4 
• Krabbe – 1 
• Immunodeficiency – 14 

 
 
 

 

Malignant N = 128 
• Acute leukemia – 80 
• CLL - 1 
• Hodgkin lymphoma – 19 
• MDS – 7 
• MPS – 12 
• Non-Hodgkin lymphoma – 1 

 

 



Log-Rank 
p = 0.001 

N=126 
N=49 

84% 

54% 



N=70 
N=81 
N=24 74% 

59% 

37% 

Log-Rank 
p = 0.003 



Brazilian Protocols/Guidelines 

Non-malignant diseases – Carmem Bonfim 
Malignant diseases – Nelson Hamerschlak 



• A suitable donor source can be found for most 
patients who may benefit from HCT 

• Consider:  
– underlying disease 
– disease stage 
– urgency 
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Non-malignant 
diseases: 
Osteopetrosis Refractory 

leukemia 

Thalassemia 





Obrigada! 

adrianaseber@gmail.com 
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