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Drug platforms

Endothelial, colony-
forming cell (ECFC) 
transplants for gene 
therapy

In vitro and mouse studies suggest genetically engineered ECFC 
transplants could be used for gene therapy. In mice, vascular 
implantation of mesenchymal stem cells plus ECFCs engineered 
to express erythropoietin (EPO) led to higher EPO levels in the 
blood than implantation plus wild-type ECFCs. In mouse models 
of anemia, the EPO-expressing implants increased hematocrit 
and EPO levels and red blood cell and hemoglobin concentrations 
compared with control implants. Next steps include optimizing cell 
sources and the vascularization process of the implants.
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