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Dear Ken, 

 I wanted to give you an update on our project.  We have recently completed all of 
our in vitro studies evaluating the safety, stability, and functionality of our HexA/HexB 
lentivector.  The vector appears to be safe, stable, and we get high overexpression 
of both HexA and HexB in transduced cells.  We also get a high level of beta-Hex 
activity in the MUG/MUGS assay. 

For our mouse studies, we have observed significant decreases in GM2 in the brain 
of HexA/HexB lentivector mice  compared to HexB-/- mice.  Some of the brain 
sections even look like wild-type mice (see attached data).  We currently have all of 
our safety mice ongoing (will be 6-months of age in Dec/Jan) and have a number of 
efficacy mice ongoing (21 HexA/HexB lentivector transduced/transplanted ongoing 
with 5 more transplanted today and 6 more control mice).   

 I have attached a PDF of some of our data.   

Slide 1: expression of HexA and HexB in transduced TS fibroblasts 

Slide 2:  stability of integrated HexA/HexB lentivector in transduced cells 

Slide 3:  beta-hex activity in transduced TS fibroblasts 

Slide 4:  colony forming unit assay (safety) in human CD34+ HPC 

Slide 5:  GM2 detection in the brain (hippocampus) of HexA/HexB lentivector 
transduced cell transplanted mice. (you can see that the HexA/HexB lentivector 
transplanted mouse picture looks similar to the wild type mouse picture in 
comparison to the HexB-/- picture where a lot of GM2 is detected) 
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Slide 6:  GM2 detection in the brian (pre-frontal cortex) of HexA/B lentivector 
transduced cell transplanted mice. (you can see a significant decrease in GM2 
accumulation in the HexA/HexB lentivector picture compared to the HexB-/- picture). 

We have made great progress and are compiling the data while we are waiting for 
the rest of the mice to come of age to evaluate engraftment and GM2 accumulation. 

I am very excited about our progress because we know this is working.  We have 
seen an increase in GM2 degradation as the engraftment of the HexA/HexB 
lentivector cells increases so we know that if we can get a higher transduction 
efficiency (as we can with human cells), we will see an effect. 

Please let me know if you have any questions.  Thank you. 

Joe 

 
Update provided by: 
Joseph Anderson 
Lead Research for UC Davis 
 


