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Wiskott Aldrich Syndrome is a rare X-linked disease characterized by 

microthrombocytopenia, immunodeficiency, eczema, and an increased incidence of 

autoimmune complications and malignancies.  

HCT from a matched related or unrelated donor is the treatment of choice. Long-term 

survival is excellent in high-income countries, as shown by the data recently published by the 

Inborn Errors Working Party (IEWP) from the EBMT. However, data is limited for patients 

transplanted in low resources countries. 

Latin America is huge, with 42 countries and more than 600 million inhabitants living with 

different health systems and political and socio-economic problems. More than 200 HCT centers 

are distributed in 14 countries, but transplant activity is relatively low compared to other 

developed countries. Most of the HCTs are performed using matched related donors. However, 

using haploidentical donors can be the only option for patients without a matched unaffected 

sibling due to the prohibitive cost and logistics of searching/finding a matched unrelated donor. 

Data from 166 patients transplanted with the diagnosis of Wiskott Aldrich in Latin 

America between 1992 and 2021 was presented during this talk. These patients were 

transplanted mainly in the past ten years in Brazil, Mexico, Chile, Colombia, Argentina, Peru, and 

Costa Rica. The median age was 24 months, and most patients were CMV positive (92%) and 

received a myeloablative regimen (96%). Bone marrow was the most frequent stem cell source 

(58%), while 28% received cord blood and 3% received peripheral blood stem cells. Regarding 

the donor type, the majority received transplants from alternative donors: unrelated (62%) or 

haploidentical (27%), and only 16% had matched related donors.  



 
 

Overall survival was excellent across all donor types (matched related 93%; unrelated 79% 

and haploidentical 85%; p=0.23) and was even better for patients receiving bone marrow than 

cord blood (92% vs. 75% p:0.01). With a median follow-up of 5 years, 82% of patients are alive 

and well. Twenty-nine patients died, and the major causes of death were related to bacterial, 

viral, or fungal infections, with 1-year transplant-related mortality of 14%. 

 

 
 

This data shows how survival after HCT for patients with Wiskott Aldrich can be excellent, 

even for those living in developing countries. However, there are many future challenges, mainly 

related to the lack of molecular diagnosis and long-term follow-up data, especially concerning 

GVHD, autoimmune complications, chimerism, and quality of life. We hope to collect this data 

and publish our experience soon, which may help other countries with similar resources. 


