
Clinical-Stage Programs by Disease Area
                

                
                
      
                
                       
          
                
                
                
                
                 
                
                
                
                
              
                       
                
                         
          
                
                   
                 
                 
                 
                            
                 
                                         
                    
                     
                    
                       
                  
                
                
         
                 
                     
                     
                                  
                
                                  
              
                          
                          
              
                        
   
                
                
                          
                   
                
             
                
              
                          
                    
                          
                    
     
                           
                
                           
                                   
                       
                                      
                                             

          

                   

      
      
      
            
            
          
                                
                             
       
                                         
     
        

                  
         
            

              
    
                   
        
        
                    
                   
              
    
             
                     
                      

   
   

          
     

                              
                   
                             
   
                   
                   
   
                             
                       
     
                     
                    
                  
              

                    
                    
                  
       
                
                           

               
             
         
                        
                        
                        
                        

          

        

    
    
    
    
    
          
          
    
    
    
        
        

    
    
        

    
          
    
          
          
        
    
          
    
          
        
          

        
        

          
    

        
        
        
    
        
        
    
    
          
          
          
    
        
          

    
    
        
        
        
        

        
          
        
        
    
        
        

                 

                      

                      
                  
                    
                    
                    
                    
                    
              
                    
                      
              
                    

              
              
                    

              
              
                     
                
                    
              
                    
                    
                      
                    
                    
                    

                     
                    

                  
                      

              
              
              
              
                      
                      
                    
                
                    
                    
                      
                
                      
                      

                      
                    
                      
                  
                  
                    

              
              
                          
                  
                    
                    
                    

                                           

 

 

 

   
 

   
   

 
 

 

 

 

 

 
 
 
 

 
 
 
 
 

 

 

 
 
 

 

 

 

 

 

 

 

# = Phase 1/2 Trial;   = Pivotal Trial

AAV: adeno-associated virus; NSC: neural  stem cell; OV: oncolytic virus; CAR: chimeric antigen receptor; NK: natural killer; PSC: pluripotent stem cell; CM: cardiomyocyte; GM: gene-modified; HSC: hematopoietic stem cell; Ab: antibody; Treg: regulatory T cell; MSC: mesenchymal stem cell; NPC: neural progenitor cell; ASO: anti-sense oligonucleotide; RPE: retinal 

pigment epithelium; RPESC: retinal pigment epithelial stem cell; SC: stem cell; HLA: human leukocyte antigen; DIPG: diffuse intrinsic pontine glioma; SDMG: spinal diffuse midline glioma; AML: acute myeloid leukemia; r/r: relapsed/refractory; ccRCC: clear cell renal cell carcinoma; DMD: Duchenne muscular dystrophy; PKP2-ARVC: PKP2 mutation-associated 

arrhythmogenic right ventricular cardiomyopathy; iLVD: ischemic left ventricular dysfunction; SCID: severe combined immunodeficiency; ADA-SCID: adenosine deaminase severe combined immunodeficiency; Art-SCID: Artemis-deficient severe combined immunodeficiency; SLE: systemic lupus erythematosus; GvHD: graft vs host disease; IPEX: 

immunodysregulation polyendocrinopathy enteropathy X-linked; HIV: human immunodeficiency virus; MPS I: mucopolysaccharidosis type I; MTLE: mesial temporal lobe epilepsy; ALS: amyotrophic lateral sclerosis; SCN2A: sodium voltage-gated channel alpha subunit 2; CMT4J: Charcot Marie tooth disease type 4J; FOXG1: forkhead box G1; AMD: age-related 

macular degeneration

CIRM-funded Externally funded

Prevalence: Rare disease is defined as a disease with under 200K patients in the US; ultra-rare disease is defined as under 10K patients in the US. 



Clinical-Stage Programs by Modality
                

          
                       
                                  
                                  
                          
              
              
                          
                        
                          
                    
                         
                                         
                       
                                   
                       
                                      
                                             
                         
                
                
                 
                            
                   
                    
                    
                       
          
                           
              
                          
                          
                    
                         
                
                 
                 
                 
                 
                 
                
                
                
                
                
                
                
                
                     
                     
               
                
                
                
                
                
                
                
                
                
          
   
                                    
                           
                   

          

                  
                              
                             
                   
   
                    
                    
                             
                  
       
            
              
                      
                        
                        
                        
                        

     
       
                             
                    
                  
    
                     
      

         
   
                   
                
                           

              
          
                   
        
        
                   
            
            
          
                                
                                         
        
   
   
             
     

             
                   
                    
                   
         
     
                     
              
      
      
                       

               
    

          

    
        
        
        
    
    
    
    
        
        
        
          
          
        
    
        
        

        
    
    
        
        
    
        
    

        
    
        
        
        

    
          
    
          
          
    
    
    
          
          
    
        
        
        
          
    

          
        
    
        
    
          
          
          
    
    
          

        
          

                 

              
              
              
                      
                    
                    
                
                
                      
                  
                    
                    
                    
                  
                    
                    
                    

              
                    
              
              
                      
                      
                    
                  

                          
              
                      
                  
                    

              
                  
                     
                
                    
                    
                    
                    
                    
                    
                      
                    
                     
                    
                    
                      

              
              
                      
                      
              
                    
                      
                      
                      
                    
                    

              
              

                                           

 

 

 

 

 

 

 

 

 

 

 

 

 

 

   

 

   

   

 

 

 

 

 

 

 

 

 

 

 

 

 

 

 

 

# = Phase 1/2 Trial;   = Pivotal Trial 

PSC: pluripotent stem cell; NPC: neural progenitor cell; NSC: neural  stem cell; MSC: mesenchymal stem cell; RPE: retinal pigment epithelium; RPESC: retinal pigment epithelial stem cell; CM: cardiomyocyte; HSC: hematopoietic stem cell; Ab: antibody; HLA: human leukocyte antigen; Treg: regulatory T cell; CAR: chimeric antigen receptor; NK: natural killer; OV: 

oncolytic virus; SC: stem cell; GM: gene-modified; AAV: adeno-associated virus; ASO: anti-sense oligonucleotide; DMD: Duchenne muscular dystrophy; MTLE: mesial temporal lobe epilepsy; ALS: amyotrophic lateral sclerosis; AMD: age-related macular degeneration; iLVD: ischemic left ventricular dysfunction; ccRCC: clear cell renal cell carcinoma; r/r: 

relapsed/refractory; AML: acute myeloid leukemia; SLE: systemic lupus erythematosus; GvHD: graft vs host disease; ADA-SCID: adenosine deaminase severe combined immunodeficiency; Art-SCID: Artemis-deficient severe combined immunodeficiency; DIPG: diffuse intrinsic pontine glioma; SDMG: spinal diffuse midline glioma; HIV: human immunodeficiency virus; 

IPEX: immunodysregulation polyendocrinopathy enteropathy X-linked; MPS I: mucopolysaccharidosis type I; PKP2-ARVC: PKP2 mutation-associated arrhythmogenic right ventricular cardiomyopathy; CMT4J: Charcot Marie tooth disease type 4J; FOXG1: forkhead box G1; SCN2A: sodium voltage-gated channel alpha subunit 2; SCID: severe combined 

immunodeficiency

CIRM-funded Externally funded

Prevalence: Rare disease is defined as a disease with under 200K patients in the US; ultra-rare disease is defined as under 10K patients in the US. 
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