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Abstract

Many neuromuscular diseases, including muscular dystrophies, are intractable and rare, and the develop-
ment of effective treatments is required. In order to develop new drugs/treatments, it is necessary to gather
data such as patient background information and symptoms. A patient registry (disease registration system)
can register patient information and provide epidemiological data of patients to governments, researchers
and pharmaceutical companies. In addition, the data collected in a patient registry enables pharmaceutical
companies to understand the patient’s situation and provide patients with clinical trial information and in-
formation on new drug development. In the area of neuromuscular diseases, TREAT-NMD (Treat Neuro-
Muscular Disease) was established in Europe in 2007 as an international initiative, and a patient registry
was launched as one of its activities. Following TREAT-NMD, in 2009, the muscular dystrophy patient
registration system (Registry of Muscular Dystrophy: Remudy) was instituted in Japan, and the patient reg-
istry is currently being operated by National Center of Neurology and Psychiatry. The Clinical Innovation
Network (CIN) is an infrastructure for clinical development that utilizes disease registration information
such as patient registries. Since 2016, CIN has been developing and operating an efficient clinical trial using
disease registration information and infrastructure that enables the utilization of real-world data (RWD).
Remudy has been harmonized with TREAT-NMD. Data standardization is useful for promoting internation-
al data utilization, and it is widely used at present, considering the use of application data for approval. For
the purposes, it is essential to use certain international standards. The CDISC standards are international
guidelines used in medical research with a consistent specification for planning, data collection, data tabu-
lation, and analysis, and they are also used as a standard for approval application data. In addition, CDISC
also publishes for each Therapeutic Area (TA) Standards such as Duchenne muscular dystrophy (DMD).
When considering the utilization of RWD, it is important to use the CDISC standards because they can
ensure data traceability and contribute to quality control of data through standardization. However, CDISC
standards are not universal, and it is necessary to consider the research system and environment, such as
through comparison of other domestic and international standards, measurement methods in clinical prac-
tice, measurement environments, evaluation indices, and so on. This paper describes a patient registry and
standardization in the area of neuromuscular diseases as a case study to activate data utilization.
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Autoimmune
Psoriasis
Rheumatoid Arthritis

Cardiovascular

Cardiovascular

Heart Failure

QT Studies

Traditional Chinese Medicine - Coronary Artery Disease/Angina

Endocrine

Acute Kidney Injury
Diabetes

Diabetes - Type 1
Diabetic Kidney Disease
Dyslipidemia

Kidney Transplant
Polycystic Kidney Disease

Gastrointestinal
CDAD

Crohn's Disease

Infectious
Ebola
Hepatitis C
HIV
Influenza
Malaria
Tuberculosis
Virology

Mental Health
Major Depressive Disorder
Post Traumatic Stress Disorder

Schizophrenia

Neurology
Alzheimer's

Multiple Sclerosis
Parkinson's Disease
Traumatic Brain Injury

Oncology
Breast Cancer
Colorectal Cancer
Lung Cancer
Prostate Cancer

Rare Diseases
Duchenne Muscular Dystrophy
Huntington's Disease

Respiratory
Asthma
COPD

Treatments
Pain

Vaccines
Other
Nutrition

Traditional Chinese Medicine - Acupuncture

5 ARIh TV REREBHEENT —2E%
(Hid : CDISC [ Therapeutic Standards ])

Therapeutic Area Development

Acute Kidney Injury Therapeutic Area User Guide v1.0 In Progress

Crohn's Disease Therapeutic Area User Guide v1.0 In Progress

Diabetes - Type 1 Therapeutic Area User Guide v1.0 In Progress

Heart Failure Therapeutic Area User Guide v1.0 In Progress

Nutrition Therapeutic Area User Guide v1.0 Completed

Completed

Psoriasis Therapeutic Area User Guide v1.0 In Progress

Traditional Chinese Medicine - Acupuncture

In Progress

Traditional Chinese Medicine - Coronary Artery
Disease/Angina Therapeutic Area User Guide v1.0

Completed

Completed

Public Review

Projected
Publication Date

Release Notes

In Development. 2020
In Development. 2020
In Development. 2020
In Development. 2020
Preparing for Publication. 2019
In Development. 2020
In Development. 2020
Preparing for Publication. 2019

6 BRTFEDRBELRT — 2EH
(Hi#t : CDISC [Standards in Development / Therapeutic Areas )

cy: PMDA) AKGESBAET— 7 09 b, EREHIZOW
TIICDISCEE#Z HWWTHB Y, FEFEMBIIBVTELL
TWw5b [28,29]. 6 LCDISCEL#E # FH W\ TWwW A 720,
WD 7= OFITER S WRER RN TH D, THTIT
IZBIT AT, KEOR YA L LT, 2019 CDISC
Japan InterchangelZ 3\ THEGERD 7 — ¥ % CDISCEE
I v ¥ Y7L, AT 247 HELERY R o s
JHW SNBSS 72[30]. HARDHE Y fila & L

T, Remudy TEM L TWADMDOEHL VA M) IZ
DV, FRIREHG O F)H 2 I I H % & % TAUG-DMD
ZHWTHE, WETENRR 5 MR &R FEE L3,

CDISCEH#DFIHIZ DWW THET 2D TW5., 7z,
SEASA - AREEREF IS v 7 — 2B\ TR R R
DI0EBIT D W CTHUREH H & du i i L. i i
I BT XY PUHEORE T — & RO W TG
LTw%. TREAT-NMD & 7 L TifBy L T & 7245,
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HAEAME A B 5 72012 H CDISCLHE & D7 &% 4%
L, =7 OFNGEHICETLETHTHSH. TASIZBW
T, W BRI E HAROREA B X LT
WhEWHDHH B, FDloH, HARICBWT, EIHE
FECHI C & 25 BB 7 — 7 IO I B3 A 4
72 (AMEDZ#REPE) 123 T, PMDA, HABEE T34

AR PEEROBMFZIZL B L E 2 —2ThbN72[32].

2019 CDISC Japan InterchangelZ B\ T b, FTASH A
SRl U THEEBOEMEN L E 2 — SNREND -
7. L% L, CDISCNED L) %7 4 — KNy 7 2%1hb
N BANENFIAR SN TRV, HREDEN
R FEDIEAE, HhoLE 2T 5.

5. AREE ECDISCE#

NREETIE, FEORBICH L CHRBEBGRS, &
LB OBRYELR EDMIERNR L 25 2 L% v, KR
RFERICEE T 2 BEII RIS LV R 3H D,
B L 24T S 2 & 138 L. RWDOIE I R 28 sk i 2 F
BT — 5 OMEFHASTEIL, IhEFTHRELIATKY
BVHERNA T A, FRCRMER T O R/IMb E35E8
TELWMUNRH L. T—IIAITA IR TFT—F oL
YIUVY, R EL TR ST AT A L LU RETH
D, R EIT) S EASTE 5. CDISCEE#E X4
A3 N—=Z21ESNTWDE 2D, A ADKHAR 7
b5 A DFE R BB TCDISCHEHRE 2 £ 18 L 7-#f e 7
YA Y, F=SNWEEOFEIEHTH B, ANk
BT, 7— 7L T 558 TdH 5 CDASHIZ
Mz, BMRIM, Ar—LAaErFidbhTWnS
QRSHZ D E# 2 5 b, CDASHTIZIUEEH % %
ETAHIEVEG LY, HEXH—3INTnD0
WIERED 7 — & OB FIZD RS, 7 — & IR
RRAMNT T T4 A%FHTE S, QRSTIX180F %
PLEORE M RGHlT, A7 — VAR ENTWA[33]. 7—
FR—=ZDEBLRERS KM EINT VL0, BT
T 75 ADIERRLMORIE L O F— & Ofih, HTICD
HHTHAB. LHL, CDISCIZE W TRWDR 222
WZOWTOMENIIEE 5721350 TH Y, SHhONRE
ATFFEC BT ORI e Hr 72 e BEME AT S L 5 T
HAH9,

6. CDISCEXDFIALEE

CDISCEEHEIZEIBSMIC D FIH S NTB Y, WZE KR
HEICB W TH ERP»H Y FIHT 2 EFHEH 5. CDISC
B2 FIH T ST RN COMIRT 2 L 1EEZTBLT,
BHEA WS 2 EICE D, WL ODRIBERIICO 258
LEEZTWD., BT HNVTHSWFFEIC LB 2582
W 2RAIES TP TWS, BHHERIODT—
FOMBCIZE ANV T OYERT =5 T = 7T A
5F— ¥ 2T A28, VAT AR WIET B
TEhH L. B, KZOBTHNTHEICY AT LAY

1B 2 0805 ) W REBMD»H 5. HIZEIIZB VT,

BEFANT2OOMWEMENEST L L 25T 5L, W
RETBZDEHPVEL LD L% . BT ANVT
RWIET — & OREMEALYATON L Z LIZX D, RWDD
FEHOIREICE G T2 EZONE. EHRIGROFE
D 72812 % CDISCEEHEIIRIALDTH 5 9.
CDISCH#efft 52 A ¥ 57— 2 FHT 452 212L D,
AT — 5 OFMFFEMSRANRE Y, 77— 7 O
DR EBGEICDO AT A EHTE L. WZETIEL
LF—= 8 BT — %ty ML 208N D 57,
PHETF—F 2D L) BERE LTRETHT— 512 L72
O, MLHOTF—%, F=F%2MLL77uars3
L, MLHEDT =5 O 3OWHIILT — & O H
b, TORICHLELE L LDIE, T—9 23T A5T—%
THHLAYT—5Thb. WEEZLLDIE, CDISCAFE
9% X % 57— 7 ZCDISCOKEIZ 5w EFIHTX
3, WHTHHMICAATE LW LIZH S, BRIEE
DATHRBLZENTELD—RLTATIILY. T,
EBWICFH SN2 720 WGETHRRSNTBY, HA
BECTOER» PR\ TH 5. CDISC Japan User Group
(CJUG) 2B WT, CDISCAKXDFIFRD v < 22 R
SNAMENTWS[34]. FEDL H LD, SEE s
TOmETLLLHLHDOT, F—FEEOHIRKIZOW
TEZTWREE W

VL. $HY)IC

RWDOFIGH % AiEZ2 ¢, EBEEZHVWL L%
RKOLNBEA L o TV D, MR BV EEE
PNEBAL , HEEDPRZR VSN TR WEED
B SAFAET 5. EEY 2 TREAT-NMD O % B |2 21l L
HZARIZ B W-CTREAT-NMD & {538 L Chilfs - A L, #l
BRI BIFA 70— L Y2 MY @b LT &
722 L ZRemudyD A TH V), EIBE 20 3ERREIC D
BT OEEEZ O T WD, AL VA MY O LR
MR 2 THE 1L, CINTHEHE S T b. [EBRY 72 50
IZBWT, ENELE L FBZEZ O 572012
DAL AT & 72 5. CDISCHE#E X FHE, 7 — & IUE,
i, T E TEEARIBRENTVEY, AVAFT
IR G e OHBEL IO TB Y, EHEHZ
KILRT— 2 & LTHVL 0O FEN M ST
Wh. AREEMEICB VT, BEESEReHFZe g i s
EERFEHTAZEICXY, REREREIEL TVi—
B ENDFERNT DI LR T = UENT R L 7
. WFIEIHRL U723 I R & 55 1 2 5 2 &8 T &
L7203 TIERL, BF— 2ol Mmaibl eNnTED
720, F— ¥ OEENR FICH %o, F— 8 oFEH
BV, LR UBRTT—2 2R Hv, 7—7%
DOMELHELVWHDOIRDOENSE. LIYALY EF—%
HHEOFHA 5, CDISCHHELZ & L 7zEINAOEH#ED
FIH, BRI 22 7 — & OFH 2 HEFIC AN, Bl
EHCWBLEND 5.
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