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Patient — related Outcome

Endpoints

O Mortality

Overall Survival

Cancer Specific Survival
O Morbidity

Progression-Free Survival

Remission Rate Morbidity Is Not a
Symptom Control Surrogate Parameter

O Quality of Life

Adverse Events



OS: Overall Survival

breast, kidney, colorectal, CLL ...




Overall Survival

Vandetanib in Medullary Thyroid Cancer

Placebo

Progressive Disease Overall
Survival?

Vandetanib
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Patient — Related Outcome

Criteria of Disease Status

PD\

SD

PR

CR

/

RECIST

Morphology
Laboratory (Cytogenetics, chemistry)

Molecular biology



Patient — Related Outcome

Quality of Life

Time Period n EORTC FACT HADS others
OLQ FACIT

1993 - 2001 46 26 % 0 13 % 13 %

2001 - 2009 103 41 % 25 % 10 % 23 %

Lemieux et al., INCI, epub



Benefit of New Drugs in Oncology

Adverse Events

Current Standard

CTCAE Scale

Classification

Liver enzymes Grad 3 =

polyneuropathy Grad 3?

Need

Clinical Grading
relevant
manageable

reversible




Benefit of New Drugs in Oncology

Comparator

Pivotal Trial Other
Control Arm Comparator



Benefit of New Drugs in Oncology

Comparator

Sorafenib Everolimus
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Benefit of New Drugs in Oncology

Comparator - Guidelines

since 1995

since 2001

Process 2-3 years

Update every 5 years

heterogeneous

not adapted to national standard

selected subjects

NO Open acCcess

not adapted to national standard



www.onkopedia-guidelines.info
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Benefit of New Drugs in Oncology

Guidelines

General Subjects

Non-malignant Hematological Disorders
Malignant Hematological Disorders
Solid Tumors

Supportive Care

Pediatric Oncology and Hematology
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Cost Reduction Drug Withdrawal

Medical Guidelines External Standards

New Endpoints (PRO) Short Term View

Discussion on Priorities Limited Drug Development







