Break 10:30 - 10:50

Washington Room 4

Moderator: Phil Ferro PhD, M5
Chief of Portfolio Management
Division of CBRN Countermpasutes '
Biomedical Advanced Research and Development Authonty - @
. Offico of the Assistent Secretaryfor .
FPreparedness and Response.
U.S. Department of Health and Human Services

10:50-11:12
1LC16m8, an Attenuated Smallpox
Vaccine Will Become an Effective
Countermeasure against Bio-terrorism
with Smallpox Virus

Hiroyuki Yokote
Kaketsuken

THERAPEUTICS

Washington Room 5

Moderator: Ronald G. Manning, PhD
- Chief.

: - Chemital, Radiological & Nuclear Medical Counfermeasures

Division of CBRIN Counfermeasines

Biomedical Advanced Research and Development Authonly |

Office of the Assistant Secretary for
Preparedness and Response
U3 Depattment of Health and Human Seivices

10:50 - 11:12 |

NanoDTPA Oral Zn-DTPA Capsule
and Radiation Countermeasures

James Talton
Nanotherapeutics, Inc.

“PLATFORM TECHNOLOGIES

Washington Room 6

 Moderator: Brian Dattilo, PRD
FProject Olffcer ‘
- Simtegic Science and Technology Division ;
Biomedical Advanced Research and Development Adthorily
_ Office of the Assistan Seerelary for '
. Preparedness and Response
.S, Department of Health and Human Services

10:50-11:12

DAS181 Fludase® a Late Phase | Host
Targeted Antiviral for All Strains of

influenza Including Pandemic HINI
a Clinical and Non-Clinical Update

David Wurtman
NexBio, Inc,

11:13-11:35
Establishing Industrial Scale
Manufacturing for IMVAMUNES,
a Safe Smallpox Vaccine —in
Collaboration with BARDA

Anders Gram
Bavarian Nordic

11:13-11:35
TransCyte An FDA Approved
Treatment and Wound Covering
for Thermal Burn Wounds

Gary Gentzkow
Advanced BioHealing

11:13-11:35
Leukotriene B4 (LTB4) Stimulates Innate
Immune Response in Man;
A Novel Approach to Prevent and
Treat influenza Infection

Carl-Johan Dalsgaard
LTB4 Sweden AB

11:36 - 11:59
Advanced Development of a
pan-filovirus Virus-Like Particle (VLP)
Vaccine

Kelly Warfield
Integrated BioTherapeutics, Inc.

11:36 - 11:59
Innate Defense Regulators (DRs)
Broad-Spectrum Agents with
Anti-Inflammatory and Anti-Infective
impact

John North
Inimex Pharmaceuticals, Inc.

11:36 -~ 11:59
Rapid Host Targeted Protection
from H1N1 Pandemic Influenza, SARS,
VEE, and Other Respiratory Threats

Andres Salazar
Oncovir, Inc,

HHS PHEMCE Stakeholders Workshop 2009 & BARDA Industry Day
Medical Countermeasures: From The Bench to The Bloadstream
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Lunch On Your Own

12:00 - 1:30

VACCINES .
Washington Room 4

Muoderator: Thomas R. Fuerst, PhD
Senior Scisnce and Technology Advisor

Strategic Science and Technology Division

Biomedical Advanced Research and Developmieni
Offiee of the Assisiant Secretary for

Freparedness and Response ;

U5 Depaiment of Heallh and Human Services

Aoty

THERAPEUTICS
Washington Room 5

Muoderator: Stephen Moryis, PhD
Chist, Antiloxins end Therapeutics
Djvision of CBRN Countermeasures
Siomedical Advanced Research and Development Authonly
Ofiice of #he Assistant Secrefary for
FPreparedness and Response
U-S Deparment of Heallh and Human Services

1:30 - 1:52
MP-12, a Live Attenuated Virus Vaccine
for the Prevention of Rift Valley Fever

George Bettinger
University of Texas Medical Branch

¢ =

PLATFORM TECHNOLOGIES
Washington Room 6

Muoderator: Rodney Wallace
Chiel, CBRN Disgnosiics
Division of CBRN Counfermeasures .
Biomedical Advanced Research and Development Authonity
Office of the Assistant Secrelary for
Preparedness aiid Response
(1.5 Department of Health and Human Sepvices

1:30-1:52
Efficacy of Valortim® in the New Zealand
White Rabbit Model for
Inhalation Anthrax

Elizabeth Leffel
PharmAthene, Inc.

1:30 - 1:52
Advanced Intranasal Delivery Platforms
for Liguid and Powder Vaccine
Formulations

Timothy Sullivan
Mystic Pharmaceuticals, Inc.

1:53 - 2:15
ISCOMATRIX® Adjuvant Provides
Benefits for Both Seasonal and
Pandemic Influenza Vaccines

Steve Rockman

1:53 - 2:15
ACHN-490, a Novel, Broad Spectrum
Neoglycoside Antibiotic for the
Treatment of Resistant Threat Agents

Michael Eichberg

1:53 - 2:15
A Cell-Free Synthetic Biology Platform
for the Rapid Engineering and
Production of Biological Vaccines
and Therapeutics

CSL Limited Achaogen, Inc. Daniel Gold
Sutro Biopharma, Inc.
2:16 - 2:38 2:16~2:38 2:16 —2:38
New Platform for Influenza Vaccines Advanced Development of Anthim A Multidimensional Spectroscopy
{ET1-204}, a Highly-Effective Monoclonal Platform

Albert Deisseroth
FDA

Antibody for Treatment of Inhalation
Anthrax: Results of Recent Safety and
Efficacy Studies

Leslie Casey
Elusys Therapeutics, Inc.

Luis Garcia-Rubio
Claro Scientific, LLC

2:39-3:01
Rapid, High Capacity Production of
Pandemic Influenza Vaccines in £, coli

Alan Shaw
Vaxinnate Corp.

2:39-3:01
The Development of CMX001,
a Broad Spectrum Antiviral Drug,
for the Prophylaxis and Treatment
of Smallpox Infection

Gwendolyn Painter
Chimerix, Inc.

2:39-3:01
Commercial Scale Production
of Plant Based Proteins

Alex Day
Kentucky BioProcessing, LLC

3:02-3:24
Use of the JVRS-100 Adjuvant
for Biothreat Vaccines

jeff Fairman
Juvaris BioTherapeutics, Inc.

3:02-3:24
Post-Exposure Administration with
$T-246 Prevents the Development
of Severe Rabbitpox Disease
in NZW Rabbits

Peter Silvera
Southern Research

3:02-3:24
Development of a Flexible and
Reproducible Aerosol Generation
Capability for Use with Select Agents to
Allow Medical Countermeasure Testing

Miles Carroll
Health Protection Agency
Centre for Emergency Preparedness
and Response, UK

HHS PHEMCE Stakeholders Workshop 2009 & BARDA Industry Day
Medical Countermeasures: From The Bench to The Bloodstream
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Break 3:30 - 3:50

 DIAGNOSTICS
Washington Room 4

Moderator: Rodney Wallace
Chiel. CBRN Diagnosiics
Division of CBRN Counlermeastires
Biomedical Advanced Research and Development Authonly
Office of the Assistant Secretary for
Freparedness and Response
.S Depanment of Heallh and Human Sewvices

THERAPEUTICS
Washington Room &

Moderator: Edward Niles, PhD
Project Officer, Smallpox Therapeutics
Division of CBRN Counlenneasures
Biomerlical Advanced Research and Development Authonty
Office of the Assistant Sscretary for
Preparedness and Response
U.S. Department of Health and Hunian Services

~ PLATFORM TECHNOLOGIES

Washington Room 6

Moderator: Gary L. Dishrow, PhD
Deputy Director
Division of CBRN Countermeasures
Biomedical Advanced Research and Development Adthodly
Office of the Assistant Secretary for
Preparedness and Response
U8, Depariment of Health and Human Sewvices

3:50-4:12
Developing Simple One Step Detectors
for Non-Invasive In vitro Screening of
Persons Potentially Exposed to
Chemical, Biological and Pandemic
Influenza Threats

Uma Babu
Rapid Pathogen Screening, Inc.

3:50-4:12
A Next-Generation Fluoroquinoclone
as a Broad-Spectrum Countermeasure
for the Defeat of Top Priority
Bacterial Threat Agenis

Michael Eichberg
Achaogen, Inc.

3:50-4:12
CAdVax Vaccine Platform Provides
Nonhuman Primates with 100%
Protection against Multi-strain
Challenges by Ebola, Marburg, Dengue,
and Other infectious Disease Agents

John Dong
GenPhar, Inc.

4:13 - 4:35
Calculator for Estimation of Dose from
Radiation Exposure: Versions for the
Web and Mobile Devices

Judith Bader
National Cancer Institute

4:13 — 4:35
Recombinant Acetylcholinesterase —
8io Defense Product for
Nerve Agents Attack

David Aviezer
Protalix Biotherapeutics

4:13 — 4:35
Use of Operations Management
Technigues to Model and Manage
Catastrophic Epidemiological Events

Mark Abramovich
Interdisciplinary Solutions, Inc.

4:36 - 4:58
Phase | Dose Escalating Study of
Protexia Pegylated Recombinant
Butyrylcholinesterase for Nerve Agent
Prophylaxis in Healthy Volunteers

Valerie Riddle
PharmAthene, Inc.

HHS PHEMCE Stakeholders Workshop 2009 & BARDA Industry Day
Medical Countermeasures: From The Bench to The Bloodstream
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MEBRRDOTITICET 5 —ER

e
EHERA mXFA NEELH EEA HiRREE4L | AR (AR | ~—
V4 D fwE
Za
JI| & "] FDAICEIT PUAEEIELRIZHY A = HE 2009 |143-151
RN g2 H R ABRA&T 7
EBADF % - & LKEEH | ¥
DB x5 & AR s
F
NI BT PRENC BT S (kitRU 7 F v —x HAK 2010
SRR YL E 5 3R & DEHIG LA |2 — R
U U F UATH
DIt
R R WXHA vk | mERE | 5| v | e
Tizuka, 1., Saijo, M., Sh | Loop-mediated isoth | Journal of 80 | 1102-1108 | 2009
iota, T., Ami, Y., Suza | ermal amplification- | Medical
ki, Y., Nagata, N., Has | based diagnostic as | Virology
egawa, H., Sakai, K., F | say for monkeypox
ukushi, S., Mizutani, virus infections.
T., Ogawa, M., Nakauc
hi, M., Kurane, 1., Miz
uguchi, M., Morikawa,
S.
Saijo, M., Ami, Y., Su | Virulence and path | Journal of 90 | 2266-2271 | 2009
zaki, Y., Nagata, N., I | ophysiology of the | General
wata, N., Hasegawa, Congo Basin and Virology
H., lizuka, 1., Shiota, West African strain
T., Sakai, K., Ogata, s of monkeypox vir
M., Fukushi, S., Mizita | us in nonhuman pri
ni, T., Sata, T., Kurata, | mates
T., Kurane, 1., Morika
wa, S.
Nakauchi, M., Fukushi, | Characterization of | Clinical and | 16 1132-1138 2009
S., Saijo, M., Mizutan | monoclonal antibodi | Vaccine
i, T., Ure, A.E., Romon | es to Junin virus n | Immunology
owski, V., Kurane, L, ucleocapsid protein
Morikawa S and application to t
he diagnosis of he
morrhagic fever cau
sed by South Amer
ican arenaviruses
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Saijo, M. Emerging and re-e | Journal of 4 291-297 2009
merging infection t | Disaster
hreats to society Research
Saijo, M., Morikawa, Diagnostic systems | Journal of 4 315-321 2009
S., Kurane, L for viral hemorrhag | Disaster
ic fevers and emer | Research
ging viral infections
prepared in the N
ational Insititute of
Infectious Disease
S.
Morimoto, K., Saijo, M. | Imported rabies cas | Journal of 4 346-357 2009
es and preparedness | Disaster
for rabies in Japa | Research
n. Journal of Disast
er Research
Yagi, T., Hattori, H., O | Progressive muitifoc | Clinical in press
hira, M., Nakamichi, K., | al leukoencephalopa | Neurology
Takayama-Ito, M., Saij | thy developed in in | and
o, M., Shimizu, T., Tto, | complete Heerfordt | Neurosurgery
D., Takahashi, K., Suz | syndrome, a rare m
uki, N anifestation of sarco
idosis, without stero
id therapy respondi
ng to cidofovir.
i At Research on Prepare | Journal of 4(5) | 329-336 2009
dness for Bioterroris | Disaster
m-Associated Events | Research.

in Japan: Smallpox
Vaccine Preparedne
ss (Review)

-150-




V.

ZRERDOTIITY - Rl



B EE2H

M2 FDAICHU 2HMBERREEMHHDOTENE 2 5 & =

REARE L EF

1. EMREDBEHIH TS INDBEDER X DOER

11 EU&IC

REEBWTE, BRETHLUBTH 2 EHBEMEREELF (FDA ; Food and Drug
Administration) (2 & 2 RFRE FF Tk WERI S 2 AW A % BV T O clinical trial (B
B R EMT BHAR, € OEM (sponsor) DKPLET 4 73 THEZORMT 5 kAT S
FACTZEGIRDISE, IR, B NSA ANCF ¥ —1Clb 5§, &BIFDAI L 2%E, W
TR Bo HFEHIEFTEDH T IND (Investigational New Drug application) % #4i L, B
RABROEOME, NHOREBRE 7~y —, WHOKM - FIHHAE & SH5R (FEER
KRBT —2), BRBBRO7T oy, BBRESKERIC BT 2 REREL0KE, & &R
TAHILNEREND, LDN®, T8 (FDA) 2 & 2 EAOKEKERD BRSO —TLEH
PR T — 5 OLefl, ERNOERILM, 2 U CEEEOIOTRH & R (b nTwa,

1.2 Pre-IND#I &
FDADPRBEL TV BRBZEAMERIMEDII 22— 2 v D0 2142, PreIND &
WOBIED D B IND HEBISEL ST, HHEERBEAELEELLAN— s v TT P

FDARHHT 5 2 LI TEBL LI BIETH L, BHATEEHTERIN TV,

Pre-IND HiFgid, #%, INDHEEZ 428+ e, FDA DPLE L >y — 2wt ¢, &
HHVIXT 7 v 7 AT TPreINDRBRRM T 5, ZOBATIE, B2 INDAED L5
an B2 AV COBHERRBRE L O», ERIREIS &5 HIERTD, F7 BIBAS I Ln
HEORA Y MHTR, v ZEIZOWTERT A UENRH L, & LT, PreIND I —¥%«
YTDHRERET S0 PrelND I =51 ¥ 27, BEREF L2 1BHOF LYY T 75
YR ELRBN, LEIZELTFDA TOMHETORHEHLETHZ L MRS, FDA DA ER
BT, PreIND I —7 4 ¥/ DHENy 7 — UpAMEI L o TRES N, YRR DY
/& (Center for Biologics Evaluation and Research ; CBER) D54 HEEED» SRR E NS
CMC (product), JEERA (pharmacology and toxicology), EER (clinical) ® 3 AN BB D+ 1
TREDOWTEAELERT 50 512, 2OMOBER LIionT b IsEHRAL EDkbo
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1.3 IND $5%

IND HIFEIC I, SEHARR L BB L LA EROBRBRICIEET % BRSER (commercial), 7+,
BAREBWTCILRARFEE L L 2BRIFRICHEST 200k LT, BEEA (nvestigator
IND), 852 (Emergency Use IND ; 212 CFR 31236), %8 (Treatment IND ; 212 CFR
31234) L IiddH L, LhL, HMEERAOLDOLMEBNOBKRRRE FEICEESINE,
BRHObL0E, RBWBEREOLZWEFRBEOBIER SIZHIE LT 228, eSSy 7
IV IREERNAATOY X ANEDDH Y, Emergency Use Authorization (EAU) ® k&
RHESRESNTYS, BEAICHEL T, #E% o INDBHI IND O SERE O EINEE
REWBWTHBASINBRELRLOTH 2,

IND/Sy & =V ORfFIBNTE, EDORIHo TRBEL T S Ltk b, B2, IND
ML E (Investigator's brochure) X EERRMOERET A & D & 3 12 4 HHRRERO S
W, BEHT—%, BRABR 7O INVEOWTHEREL LTWAH»0OTEE L4 Y, FDAD
BEELEFBLBBTALDONERBRLHLIOTH 5, WHEIOEERICEF SRV,
B R {3 FL 42 5% (Previous human experience) i 2WTit, MERETH A BAT Lo L Y
TRIGT 5o T/, 1%, REFCREEHICET 55 (Chemistry, manufacturing, and
control data), FEH - % (Pharmacology and toxicology data), BARFBREMEIESE (Study
protocols) I DWW TId, ZMEFNEHOEMEEEIEEISH 5,

ERRD LI WCHEMGENL Sy r— V% FDARH LTRETAZ &40 INDEEIZA S — b
Tho ¥¥, FDAOHMEFRE, ThFROBREOZTHEINDESYREL, HIEEITE
MY Bo LIE, BFFEZELFDALDOR YD IZZDINDEEIL L » TiTFhiLd,

IND 5%, 30 HMUPUCFDABYEBIZ X o CHEE S ND, 30H (LIA) 1812, HES
LT, HEBRABROEMA T EE (allowed to proceed) %>, & 5\ IR (clinical hold) %
KoWTEMENE, BICATORAR, BEFESHETORENR, AXEIT L o CHEMRISH
%E,%%W@ﬁmﬁﬁmﬁtfﬁﬁénéoﬁﬁatf,ﬁ&%%me$%%ﬂ$%ﬁ
R OFHE, HFBET S, BEEPLLOTRCORRE, Tihbb, RBYWOLTSM LS, U
Lo EEH, BEEAYRRIL (scientific rationale), F72, BLEHEOMY, KRR BES
O b avid, RERTRANC L A DT % {, BERMIRILE b - TREBIICHBE S L8
Hbo

FDAHRTIE, YEUEETRECEHR,O INDHEIRMA S, HYBEEI Y LT
oo EYRAN OV, CBER TOWEIND (original IND) DB L EAE L, b2, %
RUMHEERIZET 558 (Chemistry, manufacturing and control ; CMC data), 3EH - #i
(Pharmacology and toxicology data), HERFERZEMEIESE (Study protocols) L2 DAY
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HIEE2HE

DINE, ZOERERY, BEECMCEEE LML HIEL TSNS IND #3550 FDA
TO5H (receipt date) 7*5 30 HFIATFDA O LR Ch 295, @EIXFOKAT (7TH )
% BARCEREOFHPI) T L O BN, BINDEEFRABROEHATEE (allowed to proceed) 7»,
& B AT (clinical hold) 2% #%E ¥ 5 (decision date)o Clinical hold D34 17 1 BE 1L H
A L CEBRICTHRESBES R, RAARTEILL - CZ0ANEIEMA XN 5,

1.4 ERBEANORD

ER2Z L, FDAUK L TRLERER, 7~ 4% Loy EERL, 7/, J3 a4 —
vEaYRICEAZ LI oT, BRPHER LD VEI B LI L TH B, LRD LS
2, FDARIDEERLRETHA30HD S b, BFIZTOREHN 27 ARE) % B EE
DTEHFIY Lo h, HINDBERABROERATEE (allowed to proceed) 26, & B\ 3R
H (clinical hold) A%E &% (decision date)s % 2T, $BIHHE20H - 27 HERICKE, &
EEALLHFEFMELECH LT, 75 OBRPHEELZIIOVWTORS, BAEI L Sh
AENLELED S, 22T, BHEHMELEL, WOTLF—FI7 7 LA TE BMEHIC
U CHRISHRRS &) WL TB S EPEINs, b LINEEEOERE L Lo Sam
PICRTIS, FET 22 LR VIS, o< DEHE CHRERBREBAITEE (allowed
to proceed) I2% 5 b DTHoTH, AT (clinical hold) & % 2, HEHMEIZL o) L
HT ARSI,

1.5 &¥amendment (DWW T

MEIND HEVPHT SN CHERRIBBEENRTHL D, FBOTERLBNA LI
Lo TFDARICIRE T RS BHEBEPFEET 5. 2N b % A5 L Camendments & 1.5,
Amendment DREME, HF 70 b ar, —HEE, FHRERBBELETOTEL L O
FR7' 0 b3V OERE (protocol amendment), SHEHI DL E 2B LE 2 L OFEER
(information amendments), R&MIEH O HE (safety reports), EKIHE (annual report)
EhoTWh,

2. EYMRAOBMIE BT E

21 fikEE
MEBRERT TREBOERBEOAN DY, LEE SN CMCE# BB Sho0h 5,
ICH DEMHAEEST A K74 V2B BERBEBED 2 OBEHE LTIz,
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® Q5B AR KOBETREIEREOSN & ZEML
® Q5D SLEAMRAES (EEMRAOESEL ZER)
® Q5A 1 A NV AREHFHE
(1) MERaRE, BEHD 2 & ORMEORIR
(2) WETROBKPEY 4 MV ADORIEL, BERNOFM
(3) Y ELEB R CORBEME Y A W ABERER
® Q6B : ¥ Uy HORKRURBFIE (AT & REHE)
® Q5C: ¥ U EHIORERRR (HFOBKEEREWEEEOEER)
BEITONTVAED, FRENDAT Y TIZBWT, BRABRMNLIC Y EHE L FHEOEM
PEFNTVE, $7, 7x—X3FMHE CUTARRFICLEREGOBHILEL 25,
& THEB L URBEICE LT,
® s (Bl 7 IEBENSN, T3 BENSN, T/ By ¥rs, HSEHEEST,
RP-HPLC, Vi@ < bs 57 4)
® ZkifE (Bl NMR, XARMEH)
© iR (0 - RP-HPLC, SDSPAGE, _7F Fwy ¥y s, SBEELKKE, i)
® HiERER (B RP-HPLC, GPC, E£R)
® &5k (#l: RP-HPLC, GPC, E£E)
® oM (B &8 MR pH kD TrFMRIY, ER WMEWRE BEOER
AR E)
@ et (B BIGTERRAER, MEERER, Zofh)
o BB DERSLEL 2B,

22 BETEE-  BREZ

BEFERCBVYWOLONLIBEFEROCMCICIHE L T, 20044 11 A 12 Guidance for
FDA Review Staff and Sponsors : Content and Review of Chemistry, Manufacturing, and
Control Information for Human Gene Therapy Investigational New Drug Applications (Draft
Guidance) BERENTVE, ELKENRT F—=BEPUWNY 7 OREWEHE, FOMHRRE
WCEATAREOWTOREUSVLEL 25, BBELERIISH o T, BREDOHEK,
BHEHE, BEE FLTREBLREZERTILOOERBTONMICTHICERTSE S
EWFETH 5,

LW LT, HEE, BEEOMBESLYANVAOERE, Y N3V LAVOfilE
v A4 a7IATDEENLETH S, FBICHL T, identity & LTV — 7 T ¥ XARHEE,
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BIEHEL2E

i GIBEEOHER Y /3y, FOMREORAZRE), REM, Fl7o—X28THE
F I, EMEREIC X o TR TOMRE in vitro TFHIT 5 720 D potency FAER b &4
TARIEDNEIFNT VD, TAY —EMNY 72OV THERE, BREEOMERY A VA
DEEDPVLETH B, & ICABRMIEEZEAL TV AHEIE, AOBEERES (EBY,
HBV, HCV, CMV, HIV 1&2, HTLV 1&2 AAV, B19), <=7 AHFMBOBEFIIEIMAP T A

FEERT 5. T—F S RNNYZIIBWTIE, YRS — WY IIBITARMEERED )
LAFICEE LR L O BIRL TEHET 5,

RNAL, 77%<—, 7VvFEvAREODHBEEDGEX, EXMIIEGRTHRETES
ZEns, ESFLAYIE L THBLENEEETREL T I P TRTHHEEZDL
Nb, HEOREE, SF8 EERH, 7 b YLE #HERE X7 U475 FHOER,
Tm QASEMUERE), HEME 28 1 AHEEFE LV oZHBIL Lo TE-Y %o

2.3 MlaEH

MRRESE L, BAERRPET I F VR EERSNSE ZEPFEVHETH L, BEIA (B
ThHHrVIEEE) BkoMEzEM L CERSND 0, FFRMROEMEBEOT b
O— WHBEE 5, KEFDA 2001 E2 5, MK ARG OMERESR MR
BEEVALT v T HOOMEY AT LOMER, BREAFORAS ) -2 7 L BRIER
ERERCED V2 M — A8, MR & OB EREROEIEDRER & e 0 T E 72 200545
A= current Good Tissue Practice (¢cGTP) 71 NI A4 ¥ OBMRLMEITL, KEWNOMRIME
WA FRSOMEEE N L, BREOBRELEREIAE FHTH7200HM, 0E R,
SRYVY, Rylr—=I vy, @HE0HOOREE, REEHOFER EEMEL, GTP
& GMP & T, FRZFNOHENROEBCDPLEBOAFTIETER > Tk a7, FHEL
B s TEHEE (AR, B B el CowndiddtalL THEWRI O Twa, L
DLEMS, GTP THEE, RBICOWTAREERIIEIVTREPE) POHEEEEE
KLTWBDIZH L TeGMP Tt T 2EB 2. 612, GTP TIRAMAMHMA A Ran
OFERZIZOVT L BT E 2 5 &) ERML, BIFREICOVWTHRELTwAZ L, £
LT, TR5DGTPIZOWTFDANEZB L UMHBMAFTEL I LPFED LN TV,

A8 E 32 o CMC 12 2 v T, 20034 8 B 12 Guidance for Reviewers : Instructions and
Template for Chemistry, Manufacturing, and Control (CMC) Reviewers of Human Somatic
Cell Therapy INDsD K5 7 b H A4 ¥V AREREIN TN EDTERINIZ,
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24 BIUFr

BT 2713 BEORBERTLOTEEL, ZTOMRPLIRE NS bOTHE, E172,
FWT 2T TR HERT Y T Y Thbe MBS, BT T RLEA, 5k
9V as— hLIEH, RTFR, HA AL o ESEERRAEES B0, BT T
b BB TOR ST (. FORBIIS U2 S a BB E % 5o BIAIE, HERARL 2
ARG AT 7 F L ICRB U TEBT B AL LT, BOHERSRNE, 74774
4 W PR (T X 2ETRTL), BEALDO NI v EY Y, FARY IR
VRS BB, MEEORTF FORAICOWTHE, B4 ORTF KTHR L, BEOEHET
FEHRBIRE EHT A T & THER L,

25 HMHHOCMCOEED

KEETIRN B D o725, EWEANIEBTHEEREE R 2 8bE THEAT LIV E AR -
vavrudy e, EPRHOCMCILIEELD MYy 7 APNFEET S, S6I7, HiE
TROEEICHES FSH - AEEEGE LT »85 Y 71 (ICH-QSE) OIS LT
LIEES 5. 4700, EWRMOT 22 v 7 THENLF V3T — (HDidfollow-on
proteins) DR L HHINT 2 2 LAFESN, HIEROT7 v 77— MBS T v L
YUMBRBELRFBEVR L),

3. EVMHAOIHRHBROEZAS

AR OIEERAEBICOWTDICH SO H A FI A 4475 /aY—-nBEHRm
DIEEERI BT BRI 1, 1997 FICAKBKRTEELALD N THAH (ICH $6 (1997)
Preclinical safety evaluation of biotechnology-derived products. http://www.ich.org/cache/
compo/276-254-1html)s ICHH 4 F5 4 ¥ DT, EWRAMEAFERICA> T2 DD
[CH S6.4 £ U'ICH STA 714 K54 ¥ DaThH Y, ZRUSCIEEREREINS 5\ EHA SR
B E ) PBRBIR SN TR,

ICHS6H M FI 4 Vit ESNTWAHIER,
1. #5 (introduction)
= (hackground) 1.2 B89 (objectives) 1.3 BAHEE (scope)
2. SRERM D% (specification of test material)
3. JEEFR 22 R (preclinical safety testing)
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$%55 (general principle) 3.2 £WFAYTE M - HJI5 (biological activity/pharmacodynamics)
33 BYTE & 7V O EIR (animal species/model selection) 34 BT - 5 (number/
gender of animals) 35 M - HEORE (administration/dose selection) 36 RIEREME
(immunogenicity)

4. &% (specific considerations)
G4 MERIBIAER (safety pharmacology) 4.2 BR#EEEMM (exposure assessment)

MBS k% 2 T % A F 1 2 A (pharmacokinetics and toxicokinetics), HE&Ek (assays),
8 (metabolism) 4.3 BiEI¥5-3 % 3ER (single dose toxicity studies) 44 FIEHRSHUR
Ef (repeated dose toxicity studies) 45 SRR (immunotoxicity studies) 46 4%
H: 21 3KER (reproductive performance and developmental toxicity studies) 47 #E{ZE=E
StEs (genotoxicity studies) 48 #SAJEMRER (carcinogenicity studies) 4.9 RFTHIE MR
(local tolerance studies)

Lo TWh, BERRBREKICH > TLEL SN HIBRMER & £ OEMHFHICHEL T,
ICHM3 4 K94 v [EEROBRAIRD 720 OEBERE SRR EHEFRIZOVWTOA
A RS4V]BRTHIENPETNG,

4. EDRFNOFRZHE

41 SEWBBHOERIPRBFOELY

FR o & 51, AWBRENI AL AFE, BREESS Y, KRRHFOFMT - 2 THNA
52 L REETH L, TTCARREOD LEARAPTEAERCOVWTH, FDALDNR
528 LTV A Points to Consider in the Manufacture and Testing of Monoclonal Antibody
Products for Human Use. (1997 ; http://www.fda.gov/cber/gdlns/ptc_mab.pdf) *, Draft
guidance : Development of parathyroid hormone for the prevention and treatment of
osteoporosis. (2000 : http://www fda.gov/cder/guidance/ 3780dfthtm) D& H A4 FF 4
VB BDOT, BRENT, HEERES EOBEIE, EVWFREREALHTI S I LN
FRESNBEOT, FOBHAIEESNLEEIATHE, BEELT LI, AIHBKROBNE (preIND
7z —R), BREEGRRBROBEM (IND 7 x—X), Endof Phase 23 —7 1 ¥ 7 & T7 =z —
Z3EERREBOBNE, L FDAYREHEMCHOBTICEREL, (T4 Ay vargl
AL EREEDLI L ThH D, REMBEIIY o Td, £ IZEndof Phase 23 —7 14 ¥ 7
BT, 7 x— X3RRI B BEED T — V& FLE T 5 Special Protocol Assessment
(SPA) 1= b BB L, FESICASIER RO common technical document (CTD) ICHE%
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F— ¥ RUEE BT ANETH DL, BB TELZLRVOI, TEAE THH LVE
WA OFMoOVTIEF YL IVD S, ARBLEZAZHTHLVCERZUHRANTHS
BT AEHRIEBNAE V) T ETH B,

REBORE, BEBKTIEy 7 ERoT05, b MEMGEROBRRBTEERESR
D o RBOMIEDOE 2 5 (RiskMAP) 122V THEAT %,

42 HHBFDOEE & RiskMAP

EMEFOMBEOERC L VHE AN XL 2 AT HEREGOMBRSIH L, LiL,
WELBVHEEROEETAERSZ DML T2, WRAOBKRBETIETbrbRh o7
HFEESPERFOEBZICHL 2 RY, TRICEL CEFEU LOZTEEOER L BEIH L
Bri bl S RERLEEZONTV S,

PUAE$ natalizumab ¥, SHEEBE(LESL 7 O—VHEOREEL LCHESI 44 VT
Ty =4y b Lz MbE/ 70— FVHiETH L. BERBZETHRMBIIBNT
natalizumab ¥ 5 H CHBRAEREORBE G IF TR SN 28R b6h, 2004411 A
IZFDA L, BEREMR LSS EEMALE IR L T natalizamab % #&E8 L 7= (#m 4% (& Tysabri,
Biogen Idec#t & U'EBlan#t» 55%5E)o LA LA2A S, natalizumab % M L 7= £ 5 ERAL
EBLVT 70— UHEOBRRBIZEMLALIADBEIL BT, ETESHEEREMES
(Progressive Multifocal Leukoencephalopathy ; PML) #%fE L TV EXFHELRPIZR Y,
200542 BICIZEREBR UBFRNFIL L 2o (FOHIAD G B2 AT L), PML
FERED A N A LITRIZB L IRk o TRV,

natalizumab ®BEFROHFRIZOWT, BRESPCENR, FlE, FDATKREREMmLERD,
FOER, 2006466 B, FDA OESREFELEE (Office of Drug Safety) &) R 7 /MEIEEIE!
M (Risk Minimization Action Plan ; RiskMAP) & W9 4 F7 4 Y DR &, RiskMAPIZ
it - 7 patalizumab OB IEEF % &3 3 & CEBHEBEICHER L7z, 272 & o Thatalizumab
BOWKEEELDO LR END I Lilh o/, RiskMAP Lk, BEFZOERIIHI-oTD
BEEREEENI) RS, BEEREEN) A7, BELGRRFERYPEL, BEOEERZE
MEERU EICE SR AMBERBMNTELDTHN, XA T4 v FAFH DY A7 SFRET
BEREZIIHN L TRRENZERZFHTHSo natalizumab DT EFERIIH 2o TR, &<
Tysabri Qutreach Unified Commitment to Health (TOUCH) 7’'u 7 7 A%H#k L, TOUCH
TUY T MIBIT AR, BRECRoTAFINAT L, PMLOBEY BHICBET 57
DI, BEHOBEICMRIBELZTI L, F-PEREE EHNCELORMERE R
BAEIIBRETAZ LR EVRBRIITONEI L Lo,
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EDXHic, 1S, BEKOBENY A7 DEHILLTWAEZ EETD RV, Z0OD,
WIEERED 7 2 — il BT A REHEMOMKIIE, AEASEEC, THRAZSMIED BIES
TSV LBEE R Y DDH LD TH b,
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1 RECSTIBPENEE T 7 F AATROFE

IRRCA
1.1 BUsIic ks

FEICBIT A REEMNER KEHREZELSE (Department of Health and Human
Services : DHHS) KB T 5V 2hORBAENEL, BEENY— ATV X, T7F/RYE
OHEBREOREE, 7 F v EHE L ERACBRRBEOFRT & RERTRR, 77F00FK
WHRECHEFEANRE BERENOBERLREEFToTWh, 77 F v OEMGEIEREHIHR
ESbHRNH LI ENFMONT WS, HFRREENE (WHO) OHEILLSE, REKBN
TR Z7F VERER 1 P LT 2-27 FVHSOERAIEIRTELLINTWE, IO
foid, REFTEEMICBITL T2 v OMERRLEEERELOEREFR(CEBRIATVS
DTH 5o

1.2 REICH T BRELIERE

RERRELEE, BEIECE r'é’@ﬁ%’f&iﬁ‘%ﬁ" FHOI, BREEDEOES, FAEL
WE, 72 F VoW TIFERREONE, BRRROFET L BERRORE, FHeRked
EHERAORELABEICToTwa (M1 $3. 77 F v OERERE BRRBICA 2T
Be3 O, SRENATAETIZER (National Institutes of Health ; NIH) 2%, AKEIROKXRFFH R
BECH L THERORS, BEEToT\wh, NIHOFBHEN > B, L CIREXT LY

— - EEWIERT (National Institute of Allergy and Infectious Diseases : NIAID) &, T
4 X EUEBOBRYEET 7 F Y OMEHEROLDOVL 2,07 a7 I LE2FLTBY, EHR
RFENIThN T WS, iz, BT 5REAHEEMT (Food and Drug Administration
FDA) HRESRE LT RElE0ES+ERRE LTHRT P, RERFTHE
4+ v ¥ — (Center for Diseases Control and Prevention ; CDC) & DEHED T > T 5, B
DL, REOBRERNE T/ F VFREDHES ARLE 2o TITHOATVWEDTS
Bo 727 L, REOERFENFAREERERoTWALYD, ECHERTABRICBITHER
OREORM A IEIEECH 5. FI2 1, REONBCHT 57 7 F VRESREHRHL THY

il

%  Koji Kawakami FERASE KREREFWEH EREE 2R
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DHHS
A
— . . TN
MR BIERER BREREE RPR WIEMER. &%
NIAID >| FDA-CBER > CDC
REEFBBRE~DHRL BRI — (TR
NIAIDRCO I HF L JRES TOF o DERERAARTA2

. ew mms ACIPORRAE
ﬁﬁﬁ% INDEREE  BLABEE. RKB oszunmsyn

| mmsreg o wk Erms

DHHS: Department of Health and Human Services CRERRIBHLA)

NIAID: National Institute of Allergy and Infectious Diseases GBI 7 L L¥—  BRIETRR)

FDA: Food and Drug Administration (R EIR S ELSF)
GBER: Center for Biologics Evaluation and Research (¥ HRIEERR 2 8)
IND: Investigational New Drug application (3 IBF R RS S iE)
BLA: Biologics License application{ & #1241 R1Y)
CDC: Center for Diseases Control and PreventionGREHEH T HER L 4—)
ACIP; Advisary Committee of Immunization Practices (RED I F VEIE7FRCHFY—RAR)

B1 RECSTIBELERNR 777 THROHRE

A, THET S F VR RETESERETT T a2 6 TR, MERNDAFEBLELT
T FVERSEBRTONTWwAENSThb, ZOlcd, BB, BBk EEWMARLSHIE A
ESEEL TV,

1.3 TUFFRICET S FDA DRE

FDA W, % B & H %K © F % % Public Health Service (PHS) act, Food, Drug and
Cosmetic (FD & C) act 2 Vo o2 TET BB THY, TOHEOFERE LT, L HEED
23MTdH %5 Code of Federal Regulations (CFR) (9 H# 21 EMERERPLEHHA L2 EOB
HicowCHIEE) 2EAYAHHTH 5, FDADHTYH, EYRAIFFMI%L >~ ¥ — (Center
for Biologics Evaluation and Research | CBER) #%7 & F ¥ ¥ &te AW RFC B 2 B 17
BrcHfiboTwaY,

CBER D& &z, KE (THETHIIER) KBT5, HEeLkoUIBAOREEXELL,
RETHDGRESLHLEGTEAOMBLEL, RBTHI LI - TERRSGCEITL L
ThbHo T7F Y EATHOTAENRE ULZBKRE (clinical trial) OEREFETA72
T RESFELRKFEFMAREIL, CBER X U THRRMROFE, RAOHY, FFERREK
D7 —# % £ & R T Investigational New Drug (IND) BF%24TH 2 EFHRBERFT 5T
%, CBER OHEE R, £PRAOZL&ME HHE ME BIXUOWMELRE2HFETILO0
BERRBOFE I BRAROVTHRCE. £PRAL LTCORROLOOHENEESE
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FoTwd, 77F Y EBHOFEFCBVTIE, FIC OLFENCERENTERERLERY, &
PEEHCHELTVS QFIBEERLEBEYTHY, FHIABTREL, BEzHohCR
TERY QUEBOUHPSHMEDBRICEEL TEROBY FOPLETHE Lo R
RSBV LIRS R STV 5,

JrFvBAORDBRI-EEESEEMLTCEDY, DE/AFENEE (Chenistry,
Manufacturing, and Control ; CMC), FEEFRRE, BERBROF—FBUEL LD, Lido
T, WERERBIR. BRERRRILEEOERAEL TFbh Y, BERBROEMCEEDHEHC
DWTIE, BAREFIHIETEA A FI4 YBARENTED), FHFRINOZEZICHE
BT SEChBTY, o, ARBICKELTE, 7277 YREAEERTy b)Y -2@ICHES
n, WERL CRTBENSEPHEAORUEHEH I T/ LV AZIHBLE2TRER bRV,

RBHIE, CBEREHEYRA L LTOREMLEZEHOEREITI » HEHRE L
Biological Product Deviation Reporting System ~OEEOMEIFEH M T o Twb, T,
ERARBROBY 2 EE L, KB, REBOBELRT 2 F Y RAOMENzHIC, CBER EAR
EHCERIFTOEE DT> T,

1.4 CDC DO##E & ACIP

CDCIE, (EWNOBEELH SPEEFLATL, BULTH, P BELZT-
T 2D A BT 2 TF4EF4EH LT WD, £/, NIHE O#EHE DS &, National
Immunization Program 2k o TV 2 F Y OEBICHET R4 LXEITo T b, CDCH,
DHHS RE» 6 OBMERSL LCEARY 7 F 7 K34 ¥ ) —EHA% (National Vaccine
Advisory Committee : NVAC) %L CHYh, 72 FrOEBICETIH4 REMROER
SbEEICRBLTWA, BIZIE, NVAC 2904, 72F v OBRKRERICETAHERY X7 A
FHEL, ZIABLNET—F BRI R S5 D OR Y MAET T3

&T, FDA-CBER K L2 BRRBROFEE L KBE, HRS 777 OBEEHCHR
LTk, COCOEBTARETZF VHRT F/34 ¥ 1) —FKE% (Advisory Committee of
Immunization Practices : ACIP) DR TEFIEAE V. ACIP X, BFESHBAEI LD,
FOEMEFE, SHBICBWTHRROBHRELFD 18 AD 37 A /38— (voting member), B
ETARAFRAOAEE, SHMERGORESE. ARFEOEME. —HRBNE,SBEIN
TWh, A7 AYN—EAESNDY, FRIICILEFEATO DHHS REIC L H1EE % %,
—iBinE R, HINC CDC A —LAR— VI VBLALI LT, RERMETTERL, WiAr6Y
BMTEAL LI RoTVA, ACIP KBV T, LERSLTRIRECHDLLET—F¥ 57
V—THHBEN, TITY 2 FUERICHT A EMOREPHMAITONL, KT, T
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Fr TN T o EHBEREORHBEEORELTY, R TSHENDLIHER, T
FTAYNR—ZEBRHEEITIo ACIP LTI 7 F Vv FHBEUS S AICHRAShDZ LK

LoT, REMIIBI 2 EROBROB TOFEHIRESNSE I EICRD. ORI, TORME
Wid 77 F rEEAEIC L A HEENS, REOERERICLAT 77V EROHEICDKE R
BBE515%, T/ FBEEED ACIPICECHEL, WEBKRPERT — &, SEa4H% &
IZOWTHBHICREET 5, 2L, A UvX—0BHEILERORE TINTRARAIATNS
ACIP (2 BWTid, ACIPEEDBWMEEFD A0, 77 F  BEMHEHED ACIP X Y3 —F]
HOELESLHFRITHORELLEPED SN TV S,

ACIPICBW TR, 77 F rOoBEFACEEL -EEREFUTELZLE3ToTwS, 2
LA, REIMTH, DPT3EREV 7 FYEMATHRO I 7 F & MA 47, s RS
TEFURERFEENTVE, L L, BEHICEETLEIMETA L D00, EREY
(Medicaid) ¥ A7 AL EMAKORMEFRR T4, sHWREE7 7 F Y2 @HNMELTY
B, PED XS BRI, ABMOBEEEKE o X b 2BEEWICEST 5 &5 RUF%ELTD
NTWwab, 72, ACIP 5 OB EIIRRANICERME % 5 v, BERILE b o TR B ik
TR ET S b,

1980 ERUBEMT ENTELREO T 7 F YITEICBWTIE, CDCICX HEEESLT 7 F
VERBICHETABRRENRPELFDRTVE, MRENRE LAY/ F VY OBERSCHLM
ROV THNRY T Ly bOERAR, RAZHEL L2727 F L OEHDLDD [Vaccinate
Adults!] R EOERERAEERL, HEZLFTNES,

1.5 NUFIv IRBBE, NAF 70U LADHIE

XT, BEOBEERNERCT 7 F  OBERE, BEFHOTENBOMNIEIS T TRRL
EBYTHAY, BHEICRICEYS, ERFCEBELAEELILLLI 28073 v 7 BRE
2, ABRICEBEEEZ LT L) RREEFISHT AT 7 Fr OBRIIBERICITONAENED
DTHb, ZNI=H, FDAK BT, BEOD IND fIEOHEEICEWT, RBLKEFENL
DOELEFEEMEE (fast track, priovity review), RFEXIIHL o TTTILBELNLT—F D
SIFRBEICHFET 0008 E (Rolling BLA) ZEMPBRES TS,

¥, 1 HEICAY, EPBEECHREGEAVANAAFITFOULLO/BBIISILINE LD
GERLEBESRDL LI IR oM. DD, RETIE Project Bioshield 23T &, Bififs,
BRESFERS BREEOVTFIIOHREILL), REBERBISEFERES L 75 J LAWHE
Lipotz, TOBE REEREE, OEGUEERREOHIWEH ORBERIEVIEE,
OEEZED DO TEMOERSBEMO) A7 2 BETH, OSUEEREOENIHFSL
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