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RESEARCH QUESTIONS 
 

1. What is the clinical evidence for the use of human growth hormone treatment for Prader-
Willi syndrome in adolescent and adult patients? 

 

2. What is the clinical safety of human growth hormone treatment for Prader-Willi syndrome 
in adolescent and adult patients? 

 

3. What are the evidence-based guidelines for the use of human growth hormone treatment 
for Prader-Willi syndrome in adolescent and adult patients? 

 
KEY MESSAGE 
 
The evidence suggests that, with appropriate control and careful monitoring, human growth 
hormone treatment is a safe and effective treatment option in adolescent and adult patients with 
Prader-Willi syndrome. 

METHODS 
 
A limited literature search was conducted on key resources including PubMed, EMBASE, The 
Cochrane Library (2012, Issue 1), University of York Centre for Reviews and Dissemination 
(CRD) databases, Canadian and abbreviated list of major international health technology 
agencies, as well as a focused Internet search. No filters were applied to limit the retrieval by 
study type. The search was also limited to English language documents published between 
January 1, 2007 and January 26, 2012. Internet links were provided, where available. 
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The summary of findings was prepared from the abstracts of the relevant information. Please 
note that data contained in abstracts may not always be an accurate reflection of the data 
contained within the full article.  
 
RESULTS   
 
Rapid Response reports are organized so that the higher quality evidence is presented first. 
Therefore, health technology assessment reports, systematic reviews, and meta-analyses are 
presented first. These are followed by randomized controlled trials (RCTs), non-randomized 
studies and evidence-based guidelines.  
 
One meta-analysis, two randomized controlled trials and ten non-randomized studies were 
identified regarding human growth hormone (hGH) treatment for Prader-Willi syndrome (PWS) 
in adolescent and adult patients. No health technology assessments and no evidence-based 
guidelines were identified. Additional references of potential interest are provided in the 
appendix. 
 
OVERALL SUMMARY OF FINDINGS 
 
One meta-analysis1 demonstrated that hGH therapy for PWS in adult patients led to increased 
lean body mass and to decreased body adiposity. There was a small increase in fasting glucose 
levels and a trend towards higher insulin resistance.  
 
Two RCTs and 10 non-randomized studies2-13 indicated that hGH therapy in adolescent or adult 
patients with PWS had multiple beneficial effects on body composition and growth and a few 
negative effects. The observed outcomes included: 
 

 increase in lean body mass2,3,4,8,9,11,12,13 

 increase in IGF-1 (Insulin-like Growth Factor 1) levels2,3,6,13 

 decrease in body fat mass2,4,5,7,8,11,12,13 

 few observed serious adverse events2,5,9,10,12 

 observed onset of scoliosis and curve progression was similar to controls3 or did not 
progress6 

 improvement in mean height3,6,7,9,10 

 increased insulin resistance4 

 high rate of scoliosis that warrants monitoring by a pediatric orthopedic surgeon4 

 increase in lung function (peak expiratory flow)5 

 high incidence of sleep apnoea6 and abnormal sleep polygraphy7 

 increase in agility and physical activity8 

 normalization of T3 (Triiodothyronine) levels11  

 mildly progressive ankle edema11 

 increase in cardiac mass requiring monitoring13 
 
No evidence-based guidelines on the use of hGH treatment for PWS in adolescent and adult 
patients were identified; therefore, no summary of the guidelines has been provided.   
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