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McTouHuUK:
Gliklich R.E. Registries for Evaluating Patient
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Scientific evidence underlying the ACC/AHA
clinical practice guidelines.
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PerncTtp npeacraBnser coooi
OpraHuM30BaHHY CUCTEMY, KOTOpas
MCNoNb3yeT HabntoaaTenbHble METOAbI
uccnefoBaHua Ans NoayyeHus
0AHOPOAHOW UHDOPMaLUM
(KNMHWYECKOW 1 Ap.) ANA OLEHKU
onpefeneHHbIX UCXOA0B B NONYNSALUMK,
06beMHEHHON ONPeAeneHHbIM
3aboneBaHneM, COCTOSAHUEM

W BO3AENCTBUEM, C OAHOWN UK
HECKONIbKUMU npefonpeaeneHHbIMU
HayYHbIMU, MPAKTUYECKUMM

WM 3KOHOMUYECKUMMU LIeNIAMMN.




. Bu
Abl PErucTpoB

"  PerucTpbl 3a60/1€BaHU UTN COOBITHIA

"  Peructpbl NpUMEHeHMs NpenapaTos

" Peructpbl NPUMEHEHNS MEANLMHCKUX YCTPOWCTB

" Peructpbl ANArHOCTUYECKUX M NIEYEOHBIX BMELIATENbCTB

" Peructpbl neyebHo-npodunakTUYeckmnx yupexaenun (JINYy)

"  QOcobble BUAbl perucTpos




Buabl An3anHa permcTpos

= OAHOMOMEHTHbIE
(matoT OAHOKpPATHbIIi cpes nHpopMaLum)

= PeTpocneKTUBHbIe
= [IpocnekTuBHble

(6onbHblE MOTYT HAGNKAATbCA HEOTPAHUYEHHO
10J1r0)

= PeTpo-npocneKTHUBHbIE
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XapaKTepucTUKu perucTpoB

PerucTp cnyxuT onpefieNieHHbIM LeNsM, KOTOpble ONnpeaensoTes
A0 Hayana cbopa u aHanu3a MHGopmaLmu

OcyuiecTBAAeTCA CO0P AAHHbIX 3@ ONPEAENEHHbI TPOMEXYTOK BPEMEHM 63
NPonyckoB (MPUHLMN HeNpepbIBHOCTH) MO ONpPeAeNneHHON cUCTEME

JlaHHble CO6Mpa}0TCFI Ang BCeX NauneHToB EAMH006pa3H0

CobpaHHble fjaHHble, Kak NpaBuIio, 6epyTcs U3 TeKylw,ell MeAULUHCKOM
AOKYMEHTaL UM

B pane ciy4aeB HEKOTOPbIE AdHHbIE MOTYT ObITb MoJliy4eHbl cneLuasbHO B

uenax GopMupoBaHus perucTpa (310 OroBapuBaeTCs 3apaHee). Hanpumep,
cneuynanbHble METOAbI 06C}'Iep,0BaHVIﬂ, cneynanbHble aHKETbI K NP.




Developing Patient Registries — Before You

Start

Establish purpose of the registry and control of the data

"  Establish process of data collection, storage and access to identified and de-identified
data

®  Develop procedures for data aggregation and analyses across multiple platforms

®  Establish data curator role

" Identify type of informed consent - restricted or broad access to data

®  Meet IRB and FISMA approval requirements

®  Provide protection of patient privacy

|

Identify source(s) of data collected
Patient/Family/Caregiver entered data
Health care provider entered data

Electronic health record data

Patient Registries as a Prelude to Clinical Trials and Post-Approval Studies; 2014, Stephen C. Groft, Pharm. D. ORDR, NIH, NCATS



Developing Patient Registries — Before You

Start

Use Common Data Elements (CDEs) (https://www.nlm.nih.gov/cde/) and Unique Data
Elements (UDEs) - diseases specific questions

®  Data mapping strategy for data elements
®  Develop data sharing policies and collaborators
®  Consider options for data updates

" Integrate patient and clinical data with biospecimen samples Information with Global
Unique Identifier (GUID)

®  Seek feedback from current or past users
®  Determine sustainability from funding source(s)

Patient Registries as a Prelude to Clinical Trials and Post-Approval Studies; 2014, Stephen C. Groft, Pharm. D. ORDR, NIH, NCATS



= [launeHTCKMe opraHusaunu
= (QapmMKOMMaHuUu
= KnuMHU4Yeckue Hay4yHble LLeHTpbI

= KOHTpaKTHble OpraHu3aLmm




OcHoBa perucTpa — HabnogartenbHoe

nccecnegosaHue

OnucaHue peajibHOro Te4yeHund 3a60neBaHNA, onucaHus XapaKTepucTuk
naynueHToB, BK/IHOYEHHbIX B PETNCTP — peajibHad KIInHNn4yeckKas npakTnka

" OueHKa KNMHUYECKOIA, CpaBHUTENbHOI UM GUHAHCOBOW 3P (HEKTUBHOCTU

"  BbifBneHue CKPbITbIX KNTMHUYECKUX B3aMMOCBSI3€eil, KOTOpble MOTYT ONpenenaTb
X0/, Te4eHus1 3aboneBaHus

- OueHka Sd)d)EKTMBHOCTVI Tepanun B OTHOLIEHUU NPOAOCIIXUTENIBHOCTU XXU3HU
nayueHToB

- OueHuBaTb u ynyyuwaTtb Ka4eCcTBO NMoMoLun




MupoBas npaKTuKa

no clinicaltrials.gov

KonnyecTtBo PErncTpos nauneHToB B MUpeE:
3927 (06.2018)
4349 (10.2018)

" Ton-3 pernoHa no KoJn4ecTBYy PerucTpos:
EBpona — 1584 (dpanums - 349, Fepmanua - 343, Utanua - 286)
= W CLUA - 908
Kutait - 722

" B Poccuiickoit ®epepauumn Ha okTaopb 2018 roaa
3amkcupoaHo 39 pernctpoB nauymeHToB — unu 0,0089%
MUPOBOro KO/MYecTBa




Moka3anua 1 ana JIN

Peructp

Peructpauyusa npenaparta
ansa MNokasaHusa 1




OCHOBHbI€e 3/IeKTPOHHbIE
CUCTEMbI B perucrpax

= Excel
= Qracle
= QuintaClinical® - AstonHealth

= miniEDC - Data MATRIX
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https://www.ncbi.nlm.nih.gov/core/lw/2.0/html/tileshop_pmc/tileshop_pmc_inline.html?title=Click on image to zoom&p=PMC3&id=4380621_nihms651904f1.jpg

Value of Patient Registries

Improve recruitment of patients/participants
|dentify possible patient cohorts for studies

Lead-in to natural history studies

Integrate patient-reported & clinical data from multiple sources Into
single repository

¥ Stimulate new research on the causes, treatments and outcomes of
disorders

" Accelerate knowledge discovery and gain new scientific insights from
patients with rare diseases

" Enhance creative data mining within & across disorders

Patient Registries as a Prelude to Clinical Trials and Post-Approval Studies; 2014, Stephen C. Groft, Pharm. D. ORDR, NIH, NCATS




Recruitment a cohort of Lysosomal Acid Lipase

Deficiency (LALD)

Total amount of patients - 661

Contact registry (i.e., traditional registry + Consent2Share
program)

Cost of recruitment:
Specialty clinic patients (n=37) - $196.11 per patient
Non-specialty clinic patients (n=624) - $262.50 per patient

https://www.sciencedirect.com/science/article/pii/S2451865417300558



B HacToslee BpeMs pPerncTpbl NaLMeHTOB, OPraHU30BaHHbIE
No KPUTEPUAM HO30JI0TMM U TEPPUTOPUANbHOIA
pacnpoCcTPaHEHHOCTN 3a601eBaHUIi MOXHO paccMaTpuBaTh
KaK OAMH M3 BaXKHelilunx pakTopoB, 06ecrneynBaroLLnX
6bICTPbIi HA60P NALIMEHTOB B KNMHUYECKIE UCCNEAOBAHNS.

" (aKTMYecKu, perucTp naLMeHToB NpecTaBnseT coboi CBOEro
pojaa pre-screening log ans Bbibopa U BKIOYEHUS NALUMEHTOB B
KIMHNYECKOE Ucce0BaHme.
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Patient Registries — Future Needs

"  Develop, share and agree to use of common and unique data elements by
developers, national library of medicine, institutes and centers,
researchers, industry and patient advocacy groups

" " || || "  Establish a forum for sharing experience from registry developers each
time a new registry is developed, it is started using a different platform

" Develop partnerships with rare diseases patient organizations, academic
researchers, biopharmaceutical and medical devices industries

®  Consider global collaborations and multiple language
®  Requirements - IRDIRC and ICORD resources

Patient Registries as a Prelude to Clinical Trials and Post-Approval Studies; 2014, Stephen C. Groft, Pharm. D. ORDR, NIH, NCATS



Ecsin Mbl NOCMOTPUM Ha NaanTpy rnpobiem,

C KOTOPbIMUW Mbl CTaJIKnBaeMCs B POCCUUCKOU
U MUPOBOU peBMaTOJ1I0rnun, TO MOUMEM, 4YTO

nx peLueHmne rnpaktTndeckn Ha 80% 3aBUCUT

OT aKKYMYnaUun faHHbIX perncTpa.

bes3 aToro gasnbHenllee ABMKEHNE
(hapmakoTepanum peBMaTU4eCKux
3a60/1eBaHNI rnpecTaB/IsSeTCss HEMbIC/IUMBbIM.

3 BbICTYNJIEHWUS Ha 3acefiaHnn IKCNepTHOro coBeTa Bpayeii-peBmatonoros, Mocksa, 2012 r. [Iupektop HN
Peematonorun PAMH, akagemuk PAMH, npeangeHT Accoumnauun peematonoros Poccum, 4.M.H., npodeccop,
rnaeHbIn cneunanuct peematonor PO E.J1. HacoHoB
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