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• Allogeneic BMT offers a potentially curative path for children with severe, 

life-limiting blood-related conditions or cancers that haven't responded to 

standard treatments

• Innovative cellular and gene therapies have entered in activity across 

indications.
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MALIGNANT CAUSES
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Acute lymphoblastic leukemia



HSCT indications for pediatric ALL in CR1
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• HSCT is indicated for B- or T-cell ALL in first remission in patients with an MRD positive by 

the end of the consolidation phase (i.e., after approximately 12 weeks of treatment)

• Children who fail induction therapy (M2/M3 marrow)

•  ALL diagnosed before 6 months of age associated with MLL (KMT2A) rearrangement and with 

other risk factors, such as hyperleukocytosis (> 300,000/mm3) and non-response to 

corticosteroids.

• The current evidence does not support the use of HSCT in first remission for children with Ph+ 

(Bcr/Abl) ALL and hypodiploidy who have a good response to chemotherapy (CT). 



HSCT indications for pediatric ALL in CR2
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• Early bone marrow (BM) relapse of B-cell ALL (< 36 months after first remission). 

• In late BM or extramedullary relapse of B-cell ALL, CT and HSCT exhibit similar results, so 

HSCT should be preferred, except in cases with persisting MRD positivity.  

• Any, early or late, medullary, or extramedullary, relapse of T-cell ALL



Acute myeloid leukemia



Chronic myeloid leukemia



MDS JMML



• Spontaneous Regression: Some specific genetic types, like certain CBL-mutated 

JMML or some NRAS-mutated cases, can regress (go away) on their own without 

transplant.



NHL



Hodgkins lymphoma



PEDIATRIC SOLID TUMOURS



NON-MALIGNANT
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Hemoglobinopathy

TDT

SCD



Ther Adv Hematol (2013) 4(5) 335 –344



APLASTIC ANEMIA



Inborn error of immunity





Inborn error of metabolism
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Inborn error of metabolism



• Cell therapy and gene therapy may modify indications for Hematopoietic Stem 

Cell Transplantation (HSCT) in children by offering curative options for 

genetic diseases like Sickle Cell Disease (SCD) and Thalassemia.

• Providing alternatives (like CAR-T cells) that reduce HSCT's toxicity and 

complications (like Graft-vs-Host Disease)
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QUESTION 1

• Which is not an indication for allogenic HSCT in pediatric 

ALL ?

a) MRD positive at end of consolidation

b) Relapsed T cell ALL on maintenance.

c) Newly diagnosed ALL with Hypodiploidy

d)  B cell ALL in CR3
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QUESTION 2

• Which is not a correct statement ?

a) Allogenic HSCT is a curative option in many inborn error of 

immunity.

b) Allogenic BMT should be considered in CR1 in high-risk AML

c) Allogenic HSCT can be done at any age in Hurlers syndrome

d) Allogenic HSCT can also be done in adults for Sickle cell disease.
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THANK YOU
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