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Advancing the Development of 
Pediatric Therapeutics (ADEPT) 

Workshop Summary 
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Cornelius Vanderbilt Professor of Pediatrics and Health Policy 

Vanderbilt University Medical Center 

2 

Disclosures 

• The speaker has no financial conflicts of 
interest to disclose. 

Workshop Summary 
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• Key Concepts 

• Innovative Approaches 

• Importance of Partnership 

• Challenges and Caveats 

• Future State and Next Steps 
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What words come to mind when 
you think about “Big Data” for 

pediatric safety? 

Menti.com 
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Key Concept: Big Data and Safety 
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• Types of Questions 

– Exposure – depends on the data source 

– Outcome – depends on the completeness 

– Confounders – consider wide info sources (omics) 

• Types of Information 

– Clinical characterization – use patterns 

– Population level estimates of risk 

– Patient level estimates of risk 
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Key Concept: Big Data and Safety 

• Driving Force 

– Need for Certainty – Fit for Purpose 

• Risk – to restrict use 

• Efficacy – to expand use 

• Areas of Opportunity 

– Patient reported outcomes (surveys, apps) 

– Inference (lessons from machine learning) 
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Key Concept: Validation 

• Validation of Data Elements 

– Medical record review 

– Assessing temporal relationship 

– Completeness of data against expected 

• Validation of Findings 

– Multiple sites 

– Multiple studies or independent sites 

– Machine Learning – Internal & External validation 
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Key Concept: Big Data in Children 

• Standards for age, gender, developmental 

– Note 

– Note 

– Note 

• Incorporate develomental factors 
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Key Concept: Big Data in Children 

• Family-centric analyses 

• Genomics 
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Key Concept: Big Data in Children 

• Long-term safety data 

– Key given long time horizon 

– Challenges 

• No unique identifiers 

• Fragmented healthcare 

• Mobility and life changes (i.e. college, military) 
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Innovative Approaches 
to Big Data 
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Importance of Partnerships 

Key Concept: Partnerships 
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• Importance of Partnerships 

– Rare exposures & rare outcomes 

– Shared knowledge and experience 

– Efficient use of limited resources 
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Key Concept: Partnerships 

• Types of questions (hierarchy) 

– Descriptive 

– Safety 

– Effectiveness 

– More complex questions 

• Caveats 

– Health care delivery and access to meds differs 

– Clinical definitions may differ (neonate, live birth) 
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Key Concept: Partnerships 

• Steps needed to pursue partnerships 

– Engage children, families, clinicians 

– Strategic collaborations 

– Careful design (exposure, outcomes, confounders) 

– Ethics/Data Protections 

– Sustainability 

OHDSI Open Source Partnerships 
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Key Concepts: FDA/EMA Partnerships 
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• Pediatric Cluster 

– PMDA, HealthCanada, EMA, FDA 

– Common approaches 

– Safety signal and responses 

• Monthly Pharmacovigilance Calls (EMA/FDA) 

Key Concepts: Partnerships 
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• How to bring the right people together 

– Note 

44 

Challenges and Caveats 
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Key Concepts: Challenges 

• Limitations in phenotypes 

– Note 

– Note 

• Heterogeneity in pediatric drug response 

– Note 

– Note 
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From your perspective, what 
barriers do you see in using “Big 
Data” to support you (or your 
organization’s) work? 

Menti.com 
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Ethics and Regulatory Issues 
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Key Concepts: Ethics/Regulatory 

• How actionable are results - regulatory 
– Depends on certainty of data 
• Future state – need standards on certainty, precision 

• Benefit:Risk Considerations 

– CURES – Real World Evidence 

• How actionable are results – clinical 
– Depends on certainty of data 

– Guided by regulatory (off-label) 

– !vailable ≠ !ccessible 
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Key Concepts: Ethics/Regulatory 

• Changes in clinical and regulatory processes 

– Note 

– Note 

• “Big Data” serve regulatory processes 
– Note 

– Note 
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Key Concepts: Ethics/Regulatory 

• Adjustments that can be made 

– Recognize importance of trust 

– Where data reside is key 

– Advocate for appropriate ethics oversight 
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Next Steps/Future State 
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What are the most important 
next steps? 

Menti.com 
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