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CChapter 3 

Preclinical Development of Autologous 
Hematopoietic Stem Cell Based Gene 

Therapy for Immune Deficiencies:
A Journey from Mouse Cage to Bed Side
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Figure 1: Overview of the pre-clinical assessments of gene therapy treatment:
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Animal Models
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GMP Compliant Virus Manufacturing
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GMP Gene Therapy Product Manufacturing
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