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World first gene therapy trial at RPA 
 
A world first gene therapy trial is underway 

at Royal Prince Alfred Hospital which could 
cure patients living with fatal diseases like 

thalassemia. 
 

Sufferer Stacey Wong's body produces 
fewer red blood cells and less haemoglobin 

than it should, limiting the oxygen her blood 
can carry. She has required monthly blood 

transfusions for most of her 26 years but that 
may be all behind her.  

 
RPA’s head of molecular therapies, Professor  

John Rasko, said the trial involved sending Stacey's stem cells to the United States, where a 
healthy copy of the malfunctioning gene was inserted. 

 
"Stacey was then given chemotherapy to wipe out her immune system, before the genetically-

modified cells were transplanted," Professor Rasko said.  
 

"Our hope is that one day Stacey will be manufacturing cells in her own body because we have 
reset the balance between the haemoglobin production." 

 
If this dream is realised, Stacey and other patients like her will no longer require regular 

transfusions and will be cured of what was a life-long disease.  
 

Seven other thalassemia patients around the world have had the genetically-modified cells 
infused in the hope that they will no longer require transfusions.  

 
"We are starting to see the earliest stages of recovery of Stacey's blood as the white cells are 

starting to recover," Professor Rasko said.  
 

 “This just the beginning of a revolution, not just in thalassemia, or blood disease, but in many 
different forms of genetic abnormality. The sky is the limit”. 

 
Stacey said she was feeling good and was not experiencing the tiredness or muscle weakness 

common in those living with thalassemia.  
 

Watch the ABC's report on the Sydney Local Health District Facebook page. 
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