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Outline

¸RWD / RWE, with a focus on RWD 
infrastructure

¸Regulatory decision (TFDA)

¸Coverage / reimbursement decision (NHIA)

¸My own thoughts
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Making decisions

¸Regulators

¸ Safety

¸ Expanded indication

¸Reimbursement

¸Clinicians

¸ Practice guidelines

¸ Individual cases

¸Patients and families
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RWD / RWE ïwhy?

¸Scientifically it is the right thing to do?

¸The current drug development system is too 
expensive and time consuming?

¸Since the US / EMA are doing this, we have 
to follow?

¸Drug companies try to cut corner, using 
inferior data to gain drug approval?

¸Consulting firms / CROs can sell data and 
services?

¸Other reasons?
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¸ DIA China, May 24, 2018, Beijing

¸ Asia Pacific ISPOR, Tokyo

I reported at BTC2018
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www.diaglobal.org/en/conference-

listing/meetings/2018/11/real-world-evidence-

conference/agenda#showcontent

¸
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¸
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www.diaglobal.org/en/conference-

listing/meetings/2018/11/real-world-evidence-

conference/agenda#showcontent

¸
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RWD ïhealth care data in 

prospective studies

¸Electronic medical records

¸Monitoring devices
¸HbA1c, blood pressure, oxygen level, é

¸Patient reported outcomes

¸Pragmatic trials

¸Registry
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Late phase pivotal trials are 
very expensive

¸Moore et al. Estimated Costs of Pivotal 

Trials for Novel Therapeutic Agents 

Approved by the US Food and Drug 

Administration, 2015-2016. JAMA Internal 

Medicine 2018 doi:10.1001/jamainternmed.2018.3931 

¸Use non-trial data for regulatory decisions?

¸Conduct trials more efficiently?
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Date of download:  9/26/2018
Copyright 2018 American Medical Association. All 

Rights Reserved.

From: Estimated Costs of Pivotal Trials for Novel Therapeutic Agents Approved by the US Food and Drug Administration, 

2015-2016

JAMA Intern Med. Published online  September 24, 2018. doi:10.1001/jamainternmed.2018.3931

Pivotal Trial Cost Estimates of Novel Therapeutic Agents Approved by the US Food and Drug Administration From 2015 to 2016

Figure Legend: 
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Date of download:  9/26/2018
Copyright 2018 American Medical Association. All 

Rights Reserved.

From: Estimated Costs of Pivotal Trials for Novel Therapeutic Agents Approved by the US Food and Drug Administration, 
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JAMA Intern Med. Published online  September 24, 2018. doi:10.1001/jamainternmed.2018.3931

Estimated Costs of Pivotal Clinical Trials for Therapeutic Agents Approved From 2015 to 2016

Table Title: 
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JAMA 2018; 320: 137-8  
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Steinhubl et al. JAMA 2018; 320: 146-55

¸The mHealth Screening to Prevent Strokes 

(mSToPS) Trial

¸ A randomized and an observational component

¸ Embedded within existing healthcare 

environment

¸ñThe trial was an investigator-initiated, 

randomized, pragmatic, siteless clinical trial 

involving a large health insurance planôs 

members throughout the United States.ò
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Conduct trials more efficiently

¸Study design ïvalidity vs. feasibility

¸ Inclusion / exclusion criteria

¸ Background rates / Natural history of disease
¸ Outcomes of interest

¸ Safety information

¸ Identify potential trial subjects

¸ Through existing medical records system

¸ Is the Sponsor ïCRO symbiotic business 

model appropriate?
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Concurrent control vs. historical control 

¸
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Disease-based registries

¸A wide range of applications

¸Describe natural history of disease

¸ Internal head-to-head comparison

¸ Identify potential trial subjects

¸Some candidate diseases in Taiwan

¸Heart failure

¸ Auto-immune diseases (inflammatory bowel 

disease, rheumatoid arthritis, lupus é)

¸Gastric cancer, nasopharyngeal carcinoma é
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ñéa multicenter, prospective, 

open-label, randomized, 

controlled clinical trial that 

used the infrastructure of a 

population-based registry 

to facilitate patient 

enrollment and data 

collection.ò
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