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Hematopoietic Stem Cell
Transplantation for Primary
Immunodeficiency: indications,
epidemiological data regarding outcome
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Hematopoietic stem cell transplantation (HSCT) has proven to be the only cure for some primary immune
deficiency syndromes (PIDs) like Severe Combined Immunodeficiency (SCID) and is an effective treatment
option for many PIDs (non-SCID).

PIDs are genetically heterogeneous group of diseases affecting development and function of immune system
which generally leads to early infectious and inflammatory complications and eventually death.

An allogeneic (allo)-HSCT consists of the intravenous infusion of allogeneic hematopoietic cells into the patient to
achieve immunological reconstitution. Since the first bone marrow transplant for SCID in 1968, both the number
of PID patients and indications for HSCT has widely grown with marked improvement in overall survival. Many
factors have contributed in HSCT outcomes improvement over the last 4 decades; early PID recognition and
molecular diagnosis, high resolution tissue HLA typing, increased stem cell sources, development of less toxic
conditioning regimes, and improvement in pre and post-transplant care.

HSCT outcomes had been described in several muticentric reports; Center for International Bone Marrow
Transplant Registry report in 2012 showed overall survival (OS) in SCID HSCT 93%, European Group for Blood
and Marrow reported OS in SCID and non- SCID 82% and 71% respectively, and the largest in the Arab countries
is a report from King Faisal Specialist Hospital in Saudi Arabia has reported HSCT OS was 74%.

In the light of these reports, HSCT for PIDs now be considered the conventional treatment for SCID and the
treatment of choice for many non-SCID PIDs
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