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JAMA April 28, 2015 Volume 313, Number 16 1619

The platform design differs from the basket or umbrella designs in that it is not 
testing a specified hypothesis about matching of drug to genomic alteration. 
The platform approach involves an adaptive randomization among multiple drugs for 
each of several biomarker strata.
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https://www.bhdsyndrome.org/forum/bhd-research-blog/genetic-sequencing-
approaches-to-cancer-clinical-trials/

Most cancer treatments are established following a traditional 
clinical trial where new drugs are assessed in patients with the same 
type of tumour (Figure 1). Advanced understanding and technology 
have led to the development of targeted treatment clinical trials: 



B
ru

n
o

 M
. C

es
an

a

64

https://www.bhdsyndrome.org/forum/bhd-research-blog/genetic-sequencing-
approaches-to-cancer-clinical-trials/

Umbrella and basket clinical trials use genetic and molecular data to assess targeted 
treatments in the right patient cohorts. 

saffu-307321-unsplash
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https://www.bhdsyndrome.org/forum/bhd-research-blog/genetic-sequencing-
approaches-to-cancer-clinical-trials/

Umbrella and basket clinical trials use genetic and molecular data to assess targeted 
treatments in the right patient cohorts. 
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2/27/2016 Le nuove sfide

PHASE I

MFDE: 
MODIFIED 
FIBONACCI

DOSE 
ESCALATION
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2/27/2016 Le nuove sfide

PHASE I –TRADITIONAL DESIGN 3 + 3 

Typically, three patients are entered at the 

first dose level, which is often chosen to 

be 10% of the mouse LD10 (dose at which 

10% of mice die).

For the 

determination of 

the MTD, the 

endpoint of 

interest is

whether or not a 

patient 

experiences a 

dose limiting 

toxicity (DLT)
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2/27/2016 Le nuove sfide

PHASE I TRIALS 
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2/27/2016 Le nuove sfide

PHASE I TRIALS 

Sofisticati approcci metodologici (clinici e 
statistici) sono necessari per I disegni della Fase I
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14/02/2019
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http://www.equator-network.org/
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http://www.equator-network.org/

CONSORT Harms 2004; CONSORT Non-inferiority: JAMA. 2012; 
CONSORT Cluster: 2012; CONSORT Herbal: 2006; CONSORT Non-
pharmacological treatment interventions: 2017; CONSORT 
Abstracts: 2008; 2008; CONSORT Pragmatic Trials: 2008; STRICTA 
Controlled trials of acupuncture: 2010; CONSORT PRO: 2013;
CONSORT-CENT: 2015; CONSORT for orthodontic trials: 2015; 
TIDieR: 2014; Simulation Research: 2016; CONSORT for pilot and 
feasibility trials: 2016; CONSORT-CHM formulas: 2017: CONSORT 
for within person randomised trials: 2017; CONSORT-SPI: 2018 
Stepped wedge cluster randomised trials: 2018; 

http://www.equator-network.org/reporting-guidelines/consort-harms/
http://www.equator-network.org/reporting-guidelines/consort-non-inferiority/
http://www.equator-network.org/reporting-guidelines/consort-cluster/
http://www.equator-network.org/reporting-guidelines/consort-herbal/
http://www.equator-network.org/reporting-guidelines/consort-non-pharmacological/
http://www.equator-network.org/reporting-guidelines/consort-abstracts/
http://www.equator-network.org/reporting-guidelines/consort-pragmatic/
http://www.equator-network.org/reporting-guidelines/consort-stricta/
http://www.equator-network.org/reporting-guidelines/consort-pro/
http://www.equator-network.org/reporting-guidelines/consort-cent/
http://www.equator-network.org/reporting-guidelines/the-consort-statement-application-within-and-adaptations-for-orthodontic-trials/
http://www.equator-network.org/reporting-guidelines/tidier/
http://www.equator-network.org/reporting-guidelines/reporting-guidelines-for-health-care-simulation-research-extensions-to-the-consort-and-strobe-statements/
http://www.equator-network.org/reporting-guidelines/consort-2010-statement-extension-to-randomised-pilot-and-feasibility-trials/
http://www.equator-network.org/reporting-guidelines/consort-chinese-herbal-medicine-formulas/
http://www.equator-network.org/reporting-guidelines/consort-within-person-randomised-trials/
http://www.equator-network.org/reporting-guidelines/consort-spi/
http://www.equator-network.org/reporting-guidelines/reporting-of-stepped-wedge-cluster-randomised-trials-extension-of-the-consort-2010-statement-with-explanation-and-elaboration/
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http://www.sciencemag.org/news/2019/02/major-medical-journals-
don-t-follow-their-own-rules-reporting-results-clinical-trials
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Non si riporta:
1)-La baseline del controllo su cui si

aggiunge questo 20% (effect size)
2)-il livello di significatività e se a una o 

due code
3)-la potenza del test di significatività
4)-il tipo di test di significatività usato o 

dettagli sulla procedura Bayesiana
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JAMA Network Open.2018;1(8):e186076

December 21, 2018 1/12
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JAMA Network Open.2018;1(8):e186076

December 21, 2018 1/12
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