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Definition

• General: database/organized system collecting specific 
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Goal

• General: database/organized system collecting specific 
information about patient in standardized manner 

• Focus: on registries collecting outcomes for a 
population defined by a particular disease/condition

• Goal: how can a registry be useful in trial design?



RDR applications

• RDRs can help to improve efficiency in trial design and 
drug development

• Sample size calculation

• Registry-based clinical trial

• Post-marketing phase

• Historical controls
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Example 1

• Myozyme in Pompe’s disease 
• Rare lysosomal storage disease, incidence 1 in 40,000, high 

mortality rate for infantile-onset patients

• Double-blind, RCT with placebo among late-onset patients (n=90, 
adults)

• Single-arm trial among infantile-onset patients (n=9, children), 
compared to historical controls from registry

• Myozyme authorized for both late-onset and infantile onset 
Pompe’s disease patients

http://www.ema.europa.eu/ema/index.jsp?curl=pages/medicines/human/medicines/000636/
human_med_000917.jsp

http://www.ema.europa.eu/ema/index.jsp?curl=pages/medicines/human/medicines/000636/human_med_000917.jsp


Example 2

• Defitelio in severe veno-occlusive disease (VOD)
• Condition: hepatic veins blocked in patients after stem-cell 

transplantation, high mortality rate (75%-85%)

• Single-arm trial among patients with VOD (n=102), 
compared to historical controls from registry, 

» Mortality rate trial group: 62%

• Defitelio authorized, under ‘exceptional circumstances’

http://www.ema.europa.eu/ema/index.jsp?curl=pages/medicines/human/medicines/002393/
human_med_001646.jsp&mid=WC0b01ac058001d124

http://www.ema.europa.eu/ema/index.jsp?curl=pages/medicines/human/medicines/002393/human_med_001646.jsp&mid=WC0b01ac058001d124


Conclusions

• Although in general a RCT remains the design of first 
choice,…

• RDRs can help to improve efficiency in trial design and 
drug development

• In certain circumstances the use of historical controls 
from a RDR can be a solution in an ethically difficult 
situation



General recommendations

• To be useful for different research purposes longitudinal data 
collection is indispensable 

• Next to standardized and validated outcomes, a standardized 
system for data collection is advised 

• A disease-specific RDR is advised, in which all patients with the 
disease are included 



Thank you!
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