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Scope of Talk

» Overview of FDA

» Laws, regulations, guidance documents,
voluntary standards

- > Meetings/site visits
S }'\%@Qﬁcal Path Initiative




Organization

CBER (Center for Biologics Evaluation and Research):
vaccines, blood and blood products, human tissue/tissue
products for transplantation, cells, gene therapy

CDRH (Center for Devices and Radiological Health):
devices for treatment, implants, diagnostic devices

CDER (Center for Drug Evaluation and Research):
drugs, some biological products
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OCTGT Regulation

e Cellular therapies

e Tumor vaccines

e Gene therapies

e Tissue and tissue based products

. *\Xenotransplantatlon products

© Gomblnatlon products
o DeVIG@S\USGd for cells/tissues
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FDA Review is
Product-based

e Parallels prudent product development

e Dependent on characteristics of specific
product

. Preclinical studies designed to support

use of specific products

N Ghnlcal trial design supported by
manufacturmg preclinical data

& Framed by regulatlons
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LEGAL FRAMEWORK

e CONSTITUTION
e STATUTES
.~ e e REGULATIONS

. GUIDANCE

STATUTES

eFederal Food, Drug and Cosmetic Act

oOther Statutes
-e.g. Administrative Procedure Act
-Federal Advisory Committee Act

~#PUBLIC HEALTH SERVICE ACT
_jjl_\icéhs_ing provisions
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RULEMAKING AND POLICY:
BASIS FOR REGULATORY DECISIONS

e Rule- “an agency statement of general or
particular applicability and future effect designed
to implement, interpret, or prescribe law or policy

e Has binding effect

\ Vegcreate rules under statutory authorities (PHS
TAC \and FDC Act)

° Opportumty for public participation by written
comments k
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Rulemaking Considerations

e Rules — way to establish requirements
e When might we write rules-
- We want to create clear requirements
_ - Congress requires it (e.g. FDAMA- ggps)
g N Oversight committees/industry/consumers
. ™. point out need
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Good Guidance Practices

What is a Guidance Document?
(21 CFR 10.115(b))

e A document prepared for FDA staff,
applicants/sponsors, and public that:

- Describes FDA's interpretation of or policy on a
regulatory issue; or

- Relates to

< The design, production, labeling, promotion,
manufacturlng and testing of regulated products;

\The processing, content, and evaluation or approval
df\submlssrons and

Insp Cthﬂ and enforcement pOl[CIeS
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Examples

e Draft Guidance for Industry: Cell Selection
Devices for Point of Care Production of
Minimally Manipulated Autologous
Peripheral Blood Stem Cells (PBSCs)
7/23/07

-o Draft Guidance for industry: Preparation
of- IIEs and INDs for Products Intended to
Repal:(\\or\.ﬁeplace Knee Cartilage 7/6/07
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Good Guidance Practices

Communication with the Public
(21 CFR 10.115(q))

e When considering the development of guidance, FDA
may freely discuss issues with the public.

e If the issues to be addressed are particularly complex or
. controversial, FDA may hold a public meeting, workshop,
\__,H_‘_j_:'_j~-\..fifc3‘r\g“,gvisory committee meeting on the issues before

" "*\dj(?ﬁih'g\‘ﬁhe guidance.

e We mé‘ﬁ‘;@ls&noid a public meeting after issuing a draft
guidance.,
\
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