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Multi-Media Components Submitted Signature Types Patient  Site

Electronic Signature

Advanced Electronic Signature
Qualified Certificate

On Paper v v

On Paper and Uploaded into System

Other* L4 v
IRB/

Submission Documents Submitted HA IEC

Patient Facing Screen Shots v v

Link to Portal

PDF/Word Consent Content v v

Mo Additional Submission Documents
Other* v

Consent
Components
Available for
m:?n:u R
Feedback Received
Other
Issues
Consideration  'barore HA + Feedback regarding site
= Devices*

IRB/IEC | + Mo feedback

Other | + MN/A

*Nale: Additional details can be found in tha Excel spreadiheeat containing the
blinded and aggregated survay redulls for llalds desgnated with an asterisk

69% D ERMEANEBEDEBENRFo-LEE, 38%NDERMEANEKERED

EHRERTRELERET? | DROFEHIOAFEIFEHRETEL

1. http://www.transceleratebiopharmainc.com/wp-content/uploads/2017/08/2016-eConsent-Landscape F]H%AL.Ddf

2. Aug 01, 2016 Hilde Vanaken, PhD Applied Clinical Trials, Volume 25, Issue 8



Additional Safeguards for Children jie
21 CFR 50 Subpart D

* Research involving children either

— must be restricted to “minimal” risk or a “minor increase
over minimal” risk absent a potential for direct benefit to
the enrolled child, or (21 CFR 50.51/53)

— must present risks that are justified by anticipated direct
benefits to the child; the balance of which is at least as
favorable as any available alternatives (21 CFR 50.52)

* Permission by parents or guardians and assent by children
must be solicited (21 CFR 50.55)

www.fda.gov/pediatrics 13




ICH E11 (R1) \9)

Addendum: Clinical Investigation of Medicinal Products in the Pediatric Population JPMA

V. APPROACHES TO OPTIMIZE PEDIATRIC DRUG DEVELOPMENT (5)

(B%)

When efficacy in the pediatric population can be extrapolated from data
obtained in the reference populations, leveraging of safety data from the
reference to the pediatric population may be used; however, additional
pediatric safety data should usually be used, as data in adults may only
provide some information about potential safety concerns related to the
use of a drug in the pediatric population (ICH E11 (2000) section II.D (2.4)).

ICH E11A Pediatric Extrapolation
1.b. Future anticipated key milestones

Expected future
completion date  Milestone

Nov. 2020 Step 1 Consensus Building, Drafting of Technical Document

Nov. 2020 Step 2 ICH Parties Consensus on Technical Document
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EUROPEAN MEDICINES AGENCY

What Enpr-EMA can offer to industry

e Expert advice

- treatment options (standard of care)
- paediatric needs
- feasibility of paediatric clinical trials

e Pool of patients for inclusion - Speeding up recruitment

e Neutral platform for multi-stakeholder meetings with
investigators, networks, patient/parents, regulators

e Access to academic partners through collaboration with EMA’s
SME office

http://www.ema.europa.eu/ema/index.jsp?curl=pages/partners and networks/general
/general content 000303.jsp&mid=WC0b01ac05801df74a#Enpr-EMA activities

5 Enpr A

Source: https://www.ema.europa.eu/en/documents/presentation/presentation-update-enpr-ema-activities-achievements-challenges-mturner_en.pdf © EMA
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