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THALESSEMIA-

TO BMT OR NOT TO BMT

 β-Thalassemia major is among the most common hereditary disorders worldwide

 The supportive treatment of β-thalassemia major requires chronic, 

 life-long RBC transfusions, which cause progressive iron overload and the potential for 

impaired endocrine, cardiac and hepatic function. 

 The phenotype of thalassemia major is reliably predicted by its genotype.



Burden and Hope in India!

 With 20 million carriers for thalassemia and 10 000 children 
being born with thalassemia major each year, if one-third of these 
patients have an HLA-matched sibling donor, there is a potential 
to cure 3000 children with BMT



SURVIVAL

- Survival with chelation &  Blood transfusion

- Western Data – live upto 40-50 yr but still 30-35% die by the age of 30 yr

- In India – Majority die by 25-30 yr

- Cause of  Mortality

- Cardiac failure due to Iron overload

- HIV/Hepatitis B/Hepatitis C









QUALITY OF LIFE

 On Blood Transfusions and Chelation is poor

Reasons –

IV cannulation painful

S/C Desferal daily infusions painful

Social stigma/Peer pressure





Cost-Benefit Analysis

 Cost of BMT MSD for Thalassemia in India is US $ 12000 – 20000

 Cost of chelation – Desferal with infusion pump  US$ 2000 per year



PESARO RISK CLASSIFICATION



Allogenic Transplant 

 Sibling – brother and sister 

 Matched Unrelated  - from the registry 

 Haploidentical - half matched 





Our Experience 

 15 pt in 1 years 

 All in class 3

 60 % survival at year 





Results of Matched Unrelated Donor 

Transplant 



Haploidentical for thalassemia

 Haploidentical Hematopoietic Stem Cell Transplantation (Haplo-SCT) with Pre-

Transplant Immunosuppression and Post-Transplant Cyclophosphamide (Post-

Cy) in Severe Thalassemia: A Novel Approach Transplant for Nonmalignant

Diseases

 ALL 15 pts survive thalassemia-free and have sustained full donor chimerism

(100%). The thalassemia free survival and overall survival rates are 100%. The 

median follow up time was 12 months (range 4-22)



Results 

 Haplo-SCT for high risk thalassemia pts with our novel approach is safe, and 

should be considered as a modality to secure thalassemia-free survival with a 

low risk of graft rejection and treatment-related mortality. 

 With this result,  Haplo-SCT in thalassemia pts has favorable outcome as 

related and unrelated HSCT (thalassemia free survival rate > 90%). 



Sickle Cell Anemia



Sickle Cell Anemia



NOT all Sickle Cell Anemia pt requires 

Transpalnt



 The only curative approach for SCD is HSCT



Unrelated Donor in SCD 



Hemophilia

 Factor Replacment

 Newer factor 

 Novoeight® is manufactured without any animal- or human-derived 

components and is the first recombinant factor VIII to use state-of-the-art 

double nanofiltration as part of a 5-step purification process.



CONCLUSION

 Allogeneic HCT is curative in selected patients with clinically 
significant hemoglobinopathies.

 For those with b-thalassemia, results have indicated a 
thalassemia-free survival and EFS over 70% in patients reported 
worldwide

 When stratifying patients, initially those with Pesaro Class 1 
characteristics < 17 years had a superior thalassemia-free 
survival; however, recent updates show that outcomes are very 
similar across all three risk categories after employing risk-based 
conditioning regimens 

 However, not all patients who might benefit are able to pursue 
this option due to a lack of suitable donors



Conclusion

 With the advent of alternate donor HCT  and improving 
HLA-typing methodology, more appropriate donors may be 
identified, thus affording more patients the option of cure 

 In addition, patient selection is still controversial although 
there is a trend to treat younger patients in order to 
decrease the risk of GR and transplant-related morbidity 
and mortality 

 With reduced intensity conditioning regimens which rely on 
less myeloablation and more immunosuppression, many of 
the long-term effects, such as growth and endocrine 
dysfunction observed after myeloablative conditioning 
regimens, may be ameliorated. 

 Furthermore, older patients who would have not been 
considered for HCT may benefit, although this approach is 
still under development.



Conclusion

 We cant have thalassemic babies 

 Need to have robust preventive  strategy 

 Need to establish transplant centres for thalassemic and sickle cell patients 




