
REASONS FOR REIMBURSEMENT OBSTACLES

# Gene therapies 
have high prices 
– Glybera was 
launched at  
a price tag of 

$1.4m

# All of the cost 
is upfront 

– healthcare 
systems are not 

designed for such 
financing models

#  Payers are 
faced with 

uncertainty 
regarding  

the long-term 
effectiveness  

of gene 
therapies
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POTENTIAL SOLUTIONS

Annuity-
based 

financing 
models

Risk- 
sharing 

agreements

Stay on top of the gene therapy market 

Cancer gene therapies in development,  
by phase of development

Cancer gene therapy products are in all stages of commercial 
development (see figure below), although the number  
of products in Phase III trials and beyond is relatively  
low (15, including one product launched in the US and 
one launched in China). Despite decades of development, 

first-generation gene therapy products have not been very 
successful. However, many newer products are following 
behind in earlier-stage clinical trials; there has been a 
fourfold increase in gene therapy products in preclinical 
development since 2012 (106, increasing from 27).

Reimbursement of gene therapies presents  
the greatest obstacle to its commercialization

Gene therapies in development targeting monogenic diseases, 
by phase of development

Most of the gene therapies targeting 
monogenic diseases are in preclinical 
development (70 products), including  
54 preclinical products that employ 
viral vectors. A total of 21 products are 
in Phase II trials, including 13 products 
that employ viral vectors and five that 
employ autologous cells.
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RAPID CHANGING MARKET

x2
The number of gene therapy 

products in preclinical to 
Phase III and beyond stages of 
development doubled between 

2012 and 2015

418
gene therapies in various 
stages of development of 
commercialization in late  

2015, from 162 originating 
companies

Between 2011 and  
early 2016 there were  
six acquisition deals  
and 120 partnership  

deals, of which  
11 deals (comprising  
two acquisitions and 

nine partnerships) were 
valued at over 

$100m

Cancer is the most common target for products, followed by monogenic diseases

Three gene therapy products – 

Glybera (uniQure), Imlygic (Amgen), 

and Strimvelis (GlaxoSmithKline) 

– have now received regulatory 

approval in Europe. In the US only 

Imlygic has been approved so far.
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Gene therapy products in development,  
by disease and approach employed
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Most cancer gene therapy products  are in the early stages of development
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