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CChapter 4 
Successful preclinical development 

of gene therapy for Recombinase 
Activating Gene-1-deficient SCID 
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Figure 1: Selecting the Optimal SIN LV Plasmid: Virus Production and In Vitro Efficiency

RAG1
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Figure 2: Selecting the Optimal SIN LV Plasmid to Drive an Immune Reconstitution of Rag1 
Deficiency.
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Figure 3: Extensive Immune Reconstitution of Mice Receiving Gene Therapy of Stem Cells 
with a Clinical-Grade MND-c.o.RAG1 Vector.



565096-L-bw-Perez565096-L-bw-Perez565096-L-bw-Perez565096-L-bw-Perez
Processed on: 31-8-2021Processed on: 31-8-2021Processed on: 31-8-2021Processed on: 31-8-2021 PDF page: 136PDF page: 136PDF page: 136PDF page: 136

�



565096-L-bw-Perez565096-L-bw-Perez565096-L-bw-Perez565096-L-bw-Perez
Processed on: 31-8-2021Processed on: 31-8-2021Processed on: 31-8-2021Processed on: 31-8-2021 PDF page: 137PDF page: 137PDF page: 137PDF page: 137

Figure 4: Functional Ig and TCR Rearrangements and Ig Class-Switch after RAG1 Gene 
Therapy b 

b 
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Figure 5: Preclinical Safety 
Testing of the Clinical-
Grade.
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Figure 6: Restored T Cell Development in RAG1 SCID Patient Cells
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Figure S1: Choice of the optimal SIN LV plasmid
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Figure S2: Immune development after MND-c.o.RAG1 gene therapy in Rag1-/- mouse model.

and BM 
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Figure S3: Human immune reconstitution after CD34+ MND-c.o.RAG1 transplantation
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