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Exhibit 9-1:  Prevalence of Single-Gene Deficiency Diseases 
 

Total Prevalence Condition Annual incidence 
per 1,000 live 

births USA Europe Japan 

Familial 
hypercholesterolaemia   

1:500 470,000 500,000 151,000 

Cystic fibrosis  1:2,400  45,000  48,000 15,000

Phenylketonuria  1:12,000  23,000  24,000 7,500

Duchenne muscular 
dystrophy  

1:7,000  10,000  11,000 3,300

Haemophilia (A & B)  1:10,000  23,000 25,000 7,500

Polycystic kidney disease 1:1,250 156,000 166,000 50,500

Huntington's chorea    1:2,500  86,000  91,000 28,000

Source: MedMarket Diligence, LLC 
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