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Gaucher Disease in the paediatric population 

Lysosomal storage disorder 
Deficiency of glucocerebrosidase 
Accumulation of its substrate glucocerebroside 
All three types present in childhood ~ PIPs apply 
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Indications + Waiver Clinical Studies  Completion date/     

Date Decision signed 

Velagulcerase alfa - 

ERT 

000407-08/ 000556-

09 

Gaucher Disease,  

Types 1 and 3 Waiver < 2 

years 

Type 2 Waiver < 18 years.  

1. Open-label extension study of velaglucerase alfa enzyme 
replacement therapy in adults and children with Type 1 
Gaucher Disease  
 
2. Open-label efficacy and safety study of velaglucerase alfa 
enzyme replacement therapy in children and adolescents with 
Type 3 Gaucher Disease   

By July 2015. 

December 2009** 

 

Taliglucerase alfa - 

ERT  

000648-09 

Gaucher Disease,  

(except acute neuronopathic) 

Waiver < 2 years 

(acute neuronopathic)      

Waiver < 18 years.  

1. Double-blind, randomised, efficacy and safety study of two 
doses of 
taliglucerase alfa enzyme replacement therapy in children and 
adolescents with Gaucher Disease (non-neuronopathic and 
chronic 
neuronopathic). 
 
2. Open-label switchover trial to assess the safety and efficacy 
of 
taliglucerase alfa in adult and paediatric patients with Gaucher 
Disease treated with imiglucerase. 
 
3. Extension trial to assess the long term safety and efficacy of 
taliglucerase alfa in adult and paediatric patients with Gaucher 
Disease. 

By December 2014. 

April 2010 

 

Eliglustat - SRT  

000461-11  

Gaucher Disease,  

Types 1 and 3 Waiver < 2 

years 

Type 2 Waiver < 18 years 

1. Open label, two cohort (with and without imiglucerase), 
multicentre, 
historical-controlled study to evaluate pharmacokinetics (PK), 
safety, 
and efficacy of eliglustat in paediatric patients with Gaucher 
disease type 1 (GD1) and type 3 (GD3). 

By September 2022. 

February 2012 

 

**Assessment coincided with Cerezyme shortage.  

Background – numerous PIPs submitted 
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PDCO Summary of agreed PIPs 

• Target group are mild disease/ stabilised disease in 
nearly all studies 

• The current therapeutic needs of severe visceral and 
CNS disease remains unstudied  

• Bone  

• Lung  

• Growth 

• Long-term efficacy (dose escalation)  

• Prevention vs symptom management (dose selection) 
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PDCO Summary of agreed PIPs 

• Total paediatric patients to be recruited are between 
107 and 120 [with 10 Type III]. This equates to > ½ 
of the identified paediatric European cohort  

• The is likely to lead to feasibility issues  

• Ethical implications – risk of uncompleted studies  

• Economic implications – times are tough for all, so 
why not share the cost  



Moving forward  
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The road ahead starts here … 
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Proposal  

• Gaucher disease has led the way in orphan metabolic 
disorders for drug development 

• It can continue to lead the way with innovative ways. 

• Such an approach would ensure that study is: 

• in-line with patient needs  

• minimises individual patient burden  

• meeting expectations of experts  

• avoid ‘aggressive’ recruitment strategies 

• identifies necessary data to make an informed choice on drug choice** and dose 

• ** stress that the aim of this is to demonstrate that all are as good as each other 
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Proposal 
  
• Possibilities for considerations are: 

• A standardised paediatric development plan  

• Extrapolation approach using currently available data 

• A multi-company, multi-product study to evaluate non-inferiority of 
all products to immiglucerase (based on most amount of data and 
experience) 

• Other options … 
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Obstacles  
• Engaging a multitude of stakeholders 

• Different to the traditional way of working  

• Bringing competitors together to engage in collaborative 
dialogue 

• Timing of each individual development  

• Many many many more … 
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Obstacles  

 

 



PIP Gaucher strategy to COMP 11 



A standardised paediatric development plan  
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Extrapolation approach using currently 
available data 
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A multi-company, multi-product study to 
evaluate non-inferiority of all products 

PIP Gaucher strategy to COMP 14 



Other options … 
 

PIP Gaucher strategy to COMP 15 
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