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Tempistiche per avvio Studio 
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Attività 1 2 3 4 5 6 7 8 9 10 11 12 13 14 15 16 17 18 19 20 21 22 23 24 25 26 27 28 29 30 31 32 33 34 35 36 37 38 39 40 41 42 43 44 45 46 47 48

Materiale	  per	  soggetti	  
Documenti	  regolatori
Polizza	  assicurativa
Documenti	  farmaci	  

CTA	  form/sottomissione

Gestione	  CE
Contratti	  con	  Aziende	  Osp.

Inserimento	  dati
Eventi	  avversi

Gestione	  farmaco
Monitoraggio

Pubblicazione	  risultati

Centri	  aderenti

Stesura	  Protocollo

Contratti	  per	  finanziamento

Creazione	  Data	  base	  CRF

Start	  up	  (mesi) Studio	  in	  corso	  (mesi) Chiusura	  (mesi)

Data	  manager
Responsabile	  FMVG

IMP	  manager

Sperimentatore	  
Statistico	  

Project	  Manager
Monitor
Legale	  

Affari	  regolatori

Il	  protocollo	  non	  è	  l’unico	  documento	  necessario	  per	  far	  parLre	  uno	  
studio	  



Aspetti spesso trascurati 
Budget	  dello	  Studio	  
	  
Campioni	  biologici,	  so5ostudi,	  dato	  gene6co	  
	  
Qualità	  di	  vita	  
	  
Tempis6che	  per	  avvio	  studio	  
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Budget 
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Documento	  il	  più	  deSagliato	  possibile;	  
Deve	  essere	  pronto	  appena	  sono	  definiL	  tu-	  gli	  aspe-	  principali	  
dello	  studio;	  variazioni	  degli	  aspe-	  principali	  possono	  avere	  
ricadute	  sul	  budget;	  
Le	  «Company»	  erogano	  generalmente	  non	  più	  del	  50%	  del	  totale	  
	  

Number of study sites: 30
Number of countries: 1
Number of Patients: 156

N° of patients 156 30 100 26

Submission (Management, copy bureau, telephone cost…) 1000 € per site 30.000  30.000  

Lab Costs/ Reference Lab Costs/ Reference 2000 € per pt 60.000  120.000  70.000  62.000  312.000  
1 start-up 600 € per visit 12.000  6.000  
1 monitoring after FPI at site 600 € per visit 9.000  9.000  
2 monitoring x year 800 € per visit 48.000  48.000  144.000  
1 closure 600 € per visit 18.000  
CRF set up and management 20.000  5.000  5.000  5.000  
Data enter and clean 10.000  10.000  10.000  20.000  

Statistics 20.000  20.000  40.000  

Insurance 20.000  20.000  

Publications 10.000  10.000  
Investigator Meetings 16.000  16.000  32.000  

Drug Management Drug accontability, shipment, drug distruction 8.000  8.000  8.000  6.000  30.000  

Drug  Production Production, Quality, Warehousing, Distribution 15.000  15.000  15.000  42.000  87.000  

Data PET Management 10000 15000 20000 25000 70.000

TOTAL 210.000 236.000 222.000 342.000 1.010.000 

2014 2015 2016

Costs per year (€)

Monitoring 294.000

Data Management  85.000  

PtsType of costs Explanation Costs in detail y4 - y6 (€) Total (€)
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Il	  flusso	  dei	  campioni	  da	  laboratorio	  a	  laboratorio	  

Campioni biologici e sottostudi 

In	  caso	  di	  conservazione,	  il	  laboratorio,	  il	  responsabile,	  la	  durata	  e	  
la	  finalità	  della	  conservazione	  	  

Se	  lo	  studio	  coinvolge	  il	  traSamento	  di	  daL	  geneLci	  

Chiarire	  da	  subito:	  
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Campioni biologici e sottostudi 
Dato	  gene5co:	  il	  risultato	  di	  test	  gene.ci	  o	  ogni	  altra	  informazione	  che,	  
indipendentemente	   dalla	   .pologia,	   iden.fica	   le	   cara7eris.che	  
geno.piche	   di	   un	   individuo	   trasmissibili	   nell'ambito	   di	   un	   gruppo	   di	  
persone	  legate	  da	  vincoli	  di	  parentela	  (Autorizzazione	  n.	  8/2014	  Garante	  Privacy)	  

NoLfica	  al	  Garante	  della	  privacy	  

Se	  sì	  

InformaLva	  privacy	  per	  il	  paziente	  specifica	  

Misure	  di	  sicurezza	  dei	  laboratori	  



Qualità di Vita 
A	  protocollo	  pronto	  o	  addiri5ura	  a	  studio	  avviato	  si	  vuole	  valutare	  
anche	  la	  Qualità	  di	  vita.	  
	  
Questo	  comporta:	  
	  
Aumento	  dei	  cos6	  di	  conduzione	  dello	  studio;	  
	  
Un	  aggiornamento	  del	  protocollo	  (o,	  peggio,	  un	  emendamento,	  se	  lo	  
studio	  è	  già	  avviato)	  
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Modifiche al protocollo  “in corsa” 
Inserimento	  di	  nuovi	  Centri	  
	  
Modifica	  sperimentatori	  
	  
Incremento	  del	  numero	  di	  casi	  
previs6	  
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“Aggiustamen6”	  (miglioramen6)	  
	  
Estensione	  della	  durata	  
	  
Aggiunta	  di	  studi	  biologici	  

Analisi	  dei	  risulta6	  	  
…	  
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Studi GIMEMA 
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Quadro Generale 
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•  57 studi «attivi» 

•  31 «aperti»  

•  26 «chiusi» all’arruolamento 

•  8 Internazionali 

•  10 Aziende farmaceutiche coinvolte 

•  Circa 9.000 Pazienti arruolati 

•  193 Centri coinvolti 
•  143 Italiani  

•  50 Stranieri  



Leucemie Acute: 8 
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  LAL	   Sperimentale	   Osservazionale	  

Ph+:	  TKI	  +	  DasaLnib	  front	  line	   LAL1509	  

Ph+:	  TKI	  +	  Blinatumomab	  front	  
line	  

LAL2116	  

Ph+	  elderly:	  NiloLnib	  front	  line	   LAL1811	  

Ph-‐:	  NaLonal	  front	  line	   LAL1913	  

Ph-‐	  refractory:	  Clofarabina	   LAL1610	  

LAM	   Sperimentale	   Osservazionale	  

Front	  line,	  MRD	   AML1310	  

Decitabina	  vs	  3+7	  e	  trapianto	   AML1301	  

InfecLons	  in	  AML1310	   AML1411	  



CML: 8 
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Quesito	   Sperimentale	   Osservazionale	  

II	  gen.	  TKI	  early	  phase	   CML0811	  

%	  risposte	  molecolari	  II	  gen.	  TKI	  nuova	  diagnosi	   CML0912	  

TKI	  e	  gravidanza	   CML1012	  

DisconLnuazione	  TKI	  II	  gen.	   CML1113	  

Sicurezza	  TKI	  III	  gen.	  	   CML1214	  

TKI	  III	  gen.;	  ResistenL	  ImaLnib;	  	  18-‐70	  anni	  	   CML1315	  

Treatment	  Free	  Remission	   CML1415	  

TKI	  II	  gen.	  Seconda	  linea;	  anziano	  	   CML1516	  



LLC: 4 
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Quesito	   Sperimentale	   Osservazionale	  

IbruLnib	  Rituximab;	  front	  line;	  unfit;	  ≥18	   LLC1114	  

IbruLnib	  Ofatumumab;	  second	  line;	  18-‐65	   LLC1215	  

BendamusLna	  Rituximab;	  front	  e	  second	  line	   LLC1315	  

PFS	  12	  mesi	  IbruLnib	  uso	  compassionevole	   LLC1415	  

ITP: 4 
Quesito	   Sperimentale	   Osservazionale	  

Eltrombopag	  post	  trapianto;	  ≥18	   ITP0511	  

TPO	  come	  ponte	  a	  splenectomia;	  ≥18	   ITP0614	  

Risposta	  dopo	  interruzione	  TPO;	  ≥18	   ITP0714	  

Eltrombopag	  II	  linea;	  ≥18	   ITP0815	  



NUOVI PROGETTI 
in corso di elaborazione: 25 
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SPERIMENTALI	   12	  

CML	   4	  

LGL	   1	  

Osteoartrite	  (ECRIN)	   1	  

MDS	   1	  

Complicanze	  infe-ve	   1	  

CLL	   3	  

Mastocitosi	   1	  

OSSERVAZIONALI	   13	  

CML	   1	  

LAP	   1	  

AML	   3	  

Outcome	  plajorm	   1	  

Complicanze	  infe-ve	   1	  

CLL	   3	  

ALL	   1	  

ITP	   1	  

Sarcoma	   1	  
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OggePo	   Sperimentale	   Osservazionale	  

APL	  alto	  rischio:	  ATO	  +	  ATRA	  (Dresda)	   APOLLO	  

CML	  front	  line:	  niloLnib	  vs	  imaLnib	   CML1415	  

Elderly	  CML:	  bosuLnib	  amer	  failing	  TKI	   CML1516	  

CML:	  PonaLnib	  use	  in	  Italy	   OITI	  

NUOVI PROGETTI 
in fase di avvio: 4 
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Carico di lavoro ad oggi 
Nuova proposta Natura

NP 14-237 Sper

NP 15-243 Sper

NP 15-244 Sper

NP 15-248 Sper

NP 15-250 Sper

NP 15-251 Sper

NP 15-253 Sper

NP 16-264 Sper

NP 16-266 Sper

NP 16-268 Sper

NP 16-272 Sper

NP 14-233 Oss

NP 14-242 Oss

NP 15-252 Oss

NP 15-260 Oss

NP 15-261 Oss

NP 16-263 Oss

NP 16-265 Oss

NP 16-267 Oss

NP 16-269 Oss

NP 16-270 Oss

Start up
2019 2020

Start up
Start up Enrollment Follow up

Enrollment Treatment

Enrollment

Start up
Start up

Start up Follow up
Enrollment Treatment Follow up

Start up

Start up
Start up

Start up
Start up

Start up

Time for Data Collection

Start up
Start up

Start up
Start up

Enrollment, Treatment and Follow up to be definied

Follow up to be definied

Enrollment to be definied Treatment
Enrollment Treatment Follow up to be definied

Treatment
Start up

Start up
Start up

Time for Data Collection

Follow up

Enrollment Treatment Follow up to be definied

Time for Data Collection
Time for Data Collection

Time for Data Collection

Time for Data Collection
Time for Data Collection

Start up
Start up

2016 2017 2018

Enrollment, Treatment and Follow up to be definied

Time for Data Collection to be definied

Time for Data Collection to be definied

Time for Data Collection to be definied

2021 2022 2023 2024

Enrollment, Treatment and Follow up to be definied

Enrollment Treatment Follow up
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Carico di lavoro ad oggi 
Nuova proposta Natura

NP 14-237 Sper

NP 15-243 Sper

NP 15-244 Sper

NP 15-248 Sper

NP 15-250 Sper

NP 15-251 Sper

NP 15-253 Sper

NP 16-264 Sper

NP 16-266 Sper

NP 16-268 Sper

NP 16-272 Sper

NP 14-233 Oss

NP 14-242 Oss

NP 15-252 Oss

NP 15-260 Oss

NP 15-261 Oss

NP 16-263 Oss

NP 16-265 Oss

NP 16-267 Oss

NP 16-269 Oss

NP 16-270 Oss

Start up
2019 2020

Start up
Start up Enrollment Follow up

Enrollment Treatment

Enrollment

Start up
Start up

Start up Follow up
Enrollment Treatment Follow up

Start up

Start up
Start up

Start up
Start up

Start up

Time for Data Collection

Start up
Start up

Start up
Start up

Enrollment, Treatment and Follow up to be definied

Follow up to be definied

Enrollment to be definied Treatment
Enrollment Treatment Follow up to be definied

Treatment
Start up

Start up
Start up

Time for Data Collection

Follow up

Enrollment Treatment Follow up to be definied

Time for Data Collection
Time for Data Collection

Time for Data Collection

Time for Data Collection
Time for Data Collection

Start up
Start up

2016 2017 2018

Enrollment, Treatment and Follow up to be definied

Time for Data Collection to be definied

Time for Data Collection to be definied

Time for Data Collection to be definied

2021 2022 2023 2024

Enrollment, Treatment and Follow up to be definied

Enrollment Treatment Follow up
Nuova proposta Natura

NP 14-237 Sper

NP 15-243 Sper

NP 15-244 Sper

NP 15-248 Sper

NP 15-250 Sper

NP 15-251 Sper

NP 15-253 Sper

NP 16-264 Sper

NP 16-266 Sper

NP 16-268 Sper

NP 16-272 Sper

NP 14-233 Oss

NP 14-242 Oss

NP 15-252 Oss

NP 15-260 Oss

NP 15-261 Oss

NP 16-263 Oss

NP 16-265 Oss

NP 16-267 Oss

NP 16-269 Oss

NP 16-270 Oss

Start up
2019 2020

Start up
Start up Enrollment Follow up

Enrollment Treatment

Enrollment

Start up
Start up

Start up Follow up
Enrollment Treatment Follow up

Start up

Start up
Start up

Start up
Start up

Start up

Time for Data Collection

Start up
Start up

Start up
Start up

Enrollment, Treatment and Follow up to be definied

Follow up to be definied

Enrollment to be definied Treatment
Enrollment Treatment Follow up to be definied

Treatment
Start up

Start up
Start up

Time for Data Collection

Follow up

Enrollment Treatment Follow up to be definied

Time for Data Collection
Time for Data Collection

Time for Data Collection

Time for Data Collection
Time for Data Collection

Start up
Start up

2016 2017 2018

Enrollment, Treatment and Follow up to be definied

Time for Data Collection to be definied

Time for Data Collection to be definied

Time for Data Collection to be definied

2021 2022 2023 2024

Enrollment, Treatment and Follow up to be definied

Enrollment Treatment Follow up



APL	  

• ATRA	  +	  Idarubicina	  

• Risk	  assessment	  

• Chemo-‐free	  approach	  



AML	  

• Trapianto	  vs	  Chemio	  

• Quale	  antraciclina	  in	  induzione	  

• Allo	  vs	  Auto	  -‐	  ITT	  



AML	  

•  La	  scoperta	  di	  NPM	  

• Consolidamento/Mantenimento	  

• HD-‐ARA-‐c	  in	  induzione	  



AML	  



MDS	  



ALL	  



ALL	  –	  Ph+	  

INDUZIONE	  chemo-‐free	  –>	  100%	  RC	  ematologica	  



CLL	  



OVERVIEW	  OF	  SCIENTIFIC	  OUTPUTS	  2007-‐Present	  
QoL	  Research	  by	  GIMEMA	  

86	   Full-‐Length	  Manuscripts	  	  

96	   Abstracts	  (ASH,	  EHA,	  ISOQOL,	  ISPOR)	  

Selected	  papers	  (in	  High-‐impact	  factor	  Journals)	  	  



Legge 648/96 
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•  Mylotarg 

•  Erwinase 

•  PEG-Asparaginasi 

•  Trisenox 
	  

 D.M. 17 dicembre 2004 (legge “no profit”) 
“…	  sperimentazioni	  cliniche	  dei	  medicinali	  …	  ai	  fini	  del	  miglioramento	  della	  
pra.ca	  clinica	  quale	  parte	  integrante	  dell’assistenza	  sanitaria.” 

Quale impatto …? 



Avrei anche voluto raccontarvi 
di… 
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•  ECRIN: 

•  the European Clinical Research Infrastructure 
Network 

•  Nuovo Regolamento Europeo (2018): 

•  sperimentazioni a “basso livello di intervento” 

•  ... … 

•  LabNet ... 
	  



GIORNATE EMATOLOGICHE VICENTINE  

33 

1

GRAZIE… 


