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Distinguishing Data from Evidence
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“Real World Data (RWD) are data 

relating to patient health status and/or 

the delivery of health care routinely 

collected from a variety of sources.” 

Data Sources: 

• Electronic health records

• Claims and billing activities

• Product and disease registries

• Patients-generated records 

including from in-home use

• Mobile devices and wearables

“Real-World Evidence (RWE) is the 

clinical evidence about the usage and 

potential benefits or risks of a medical 

product derived from analysis of RWD.”

RWE excludes evidence from 

“traditional clinical trials,” e.g., RCTs 

with restrictive eligibility criteria and 

case report forms..

Compare to 21st Century Cures Act: 

“‘real world evidence’ means data regarding the 

usage, or the potential benefits or risks, of a 

drug derived from sources other than traditional 

clinical trials.”



What about safety labeling?  

Prescribing decisions?  

Coverage decisions?
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What is Phelan-McDermid

Syndrome, or PMS?
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Developmental disabilities

Autism

Absent or delayed speech

Sleep Issues

Gastrointestinal issues

Seizures

Sensory issues
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Aggregate Data Help Families

What is the patient’s pain tolerance?
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* The majority of patients with PMS are non-verbal and do not feel pain appropriately. This can be a very 
dangerous combination in a school setting if there is not sufficient supervision. Parents can use data from the PMS 
International Registry to make their case for one-to-one supervision in the school setting.



Genotype-phenotype correlations
Catalina Betancur, July 2014
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