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Interventional Research

Phase 2

i3

Measure effectiveness
Monitor side effects
1.000 - 3.000 people

Safety study

Identify side effects
Measure effectiveness
100 - 300 people

Safety study
20 - 80 people

Monitor long-term
side effects

5 A.Ahmadi, Epidemiologist, SKUMS



THE DRUG DISCOVERY, DEVELOPMENT AND APPROVAL PROCESS

It takes 10-15 years on average for an experimental drug to travel from the lab to U.S. patients.
Only five in 5,000 compounds that enter preclinical testing make it to human testing. One of these five tested in people is approved.

Clinical Trials

Discovery/ Phase Phase Phase Phase
Preclinical lesting | " " FDA v
Years 6.5 1.5 2 3.5 1.5
20 to 100 100 1o 500 1,000 to 5,000
Test Laboratory and < healthy patient patient &
Population animal studies = volunteers volunteers volunteers 2 | Review Additional
= = | process/ post-
Assess safety, a Determine Evaluate Confirm effectiveness, | < | approval marketing
Purpose biological < safety effectiveness, monitor adverse Z lesting
activity and E‘.’. and look for reactions from = required
> o i e —
formulations dosage side effects long-term use by FDA
Success 5,000 5 1
Rate compounds evaluated enter trials approved
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Vaccine Testing and the Approval Process

How a new vaccine is developed,
approved and manufactured

The Food and Drug Administration (FDA) sets rules for the three phases of clinical trials
to ensure the safety of the volunteers. Researchers test vaccines with adults first.

*Exploratory stage

*Pre-clinical stage

Clinical development
*Reqgulatory review and approval

*Manufacturing
*Quality control

PHASE 1
et
AR
20-100
healthy volunteers

S b b g
P T

= Is this vaccine safe?

= Does this vaccine seem to work?

* Are there any senious side
effects?

* How s the size of the dose
related 10 side affects?

FDA licenses the vaccine only if:
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PHASE 2
fetttt ettt et et
bbbttt biattatties]
bbb iianitittatiaattiat]
At diitatdtitiithd

several hundred
volunteers

= What are the most common
short-term side effects?

» How are the volunteers'
immune systems responding
1o the vaccine?

PHASE 3

P Y
P T
PR
T T
P

hundreds or thousands
of volunteers

* How a0 peopie who get the
vaccine and people who do not
get the vaccine compare?

= |5 the vaccine safe?

= |5 the vaccine effectiva?

= What are the most common
side effects?

It's safe and effective
Benefits outweigh risks




Cums Alad JU slbojl, s
~ A A
slag LT LI 5T el a5 simes (daiSlie 5 ale (glaiagh Yend (gilu Solas 2L (o slejl,lS
Slalllas cpl & 2uls S e 250 5 Salel (i Ll AL 1) Slep (cla s, Lo asas
SSSj P Liad e gase TAaled e (KO3 0je> 50 03 pdee Gleisd Al e slg

Ligd e &)l 5 Dyge 4 g anled pia LB S jglsens] Olillae aled e

Anlyd

odd S 5ol (gilw (Bolas 2L (sla plejll 1UTGS 5 laie y550 5l Lol aaled

a1l 8 Ll olehls o s L feus pld p whine L)) Slegsse 1 ol dales
3obkas

i if aad 5 adlllae K Bl 3 fols aale

et Slallles gl b Gl S JSls 1 el aaled

Clalllas g Kian Slalllas s claslio Sldllas woojengS  Jto (slosalie Sllllas J ol salys
saald 250

MM 33l L w555 b s o 55 claazal bk b a5 08 5l ol salsd

Z’E!‘EJE‘SJ';T

1- Randomized clinical trials

2- Safety

3 Efficacy

§- Enidence- based medicine (EBM)
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Thinking about Clinical Trials

What?

Why?

Who?

How?

Over-Arching Question Key Components Where Addressed
What research questions are being addressed in the trial, and | * Historical Context Al
how important are they? * Clinical Importance
Why should the trial be conducted — i.e., does the scientific | o Pre-trial Data B e
rationale adequately support the research question? ¢ Biologic Processes )

* Physician's Perspective
Who will support the trial and how likely are they to * Clinical Sites Appendix
ariibirsca i ¢ Patient Accrual

* Patient Retention

* Patients
How well designed is the trial to answer the research * Intervention Method

questions it addresses?

» Comparison or Control
* Qutcome
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* regulatory requirements IRCT

* International Conference on Harmonization guidelines for Good Clinical
Practice

* Declaration of Helsinki - Regular review by the peers trial organizers
* EU Clinical Trials Directive

* the US Food and Drug Administration
* Regulations Relating to Good Clinical Practice and Clinical tory Trials
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CONSORT
Consolidated Standards of Reporting Trials

The CONSORT group has provided a number of resources in order to aid those in the process of
using the CONSORT Statement to help facilitate your work.

The EQUATOR Network is an overarching reporting guideline initiative aimed at Enhancing the
Quality and Transparency Of heath Research. Resources for authors, editors, and guideline
developers (among others) are available on the website. The EQUATOR Network Library archives
over the 250+ reporting guidelines that have been published for various types of research/study
designs.

The SPIRIT (Standard Protocol Items: Recommendations for Interventional Trials) initiative
provides high-quality standards for trial protocols, helping to streamline their development and
reporting.
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* New treatments

 New combination of drugs
 New approaches to Surgery
* Diagnostic trials * New radiation therapy

e Screening trials * Prevention trials: They try to find better ways to
prevent disease in people and to prevent disease
occurrence using

* Medicines

* \Vaccines

* Vitamins

* Minerals

* Lifestyle changes

e Treatment trials

e Prevention trials

* Quality of life trials
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