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Objectives/Goals Abstract \)
Gene therapy in hematopoietic stem cells (HSC) is a powerful potepérai~

diseases such as sickle-cell anemia. Changes are retained throughguj-e
' 4 Mg oncogenes. This
could be ameliorated through using a site-specific nuclease (i.g slegse, or ZFN) to cause a
break at a predetermined site. Genomic repair mechap ecked by a0 |ng arepair template to
correct/repl ace agene. Adeno-associated viral vectoa/@1 BN ' '

through improving AAV efficiency.
Methods/M aterials
| took two approaches to modifying AAV: 1) improt

and gene addition efficiency was

expression in HSC was measured
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Conclusions/Discussion
There are two main possibilitfeg
sSAAV genome contatemei
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Summary ent N
A singlengranded cghjfguration of AAV is more efficient than a self-compliment configuration for gene
additionin

Help Received N
| used lab equipment at the Keck School of Medicine at USC under the supervision of Dr. Paula Cannon
and Dr. Colin Exline.
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