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Setting global standards

⚫ “The WHO does, however, have a consistent record for establishing itself 

as the go-to organization for setting global standards for the efficacy, 

safety and quality of vaccines and medicines.”
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The EML at 46 (or 23 EML “years”…) 
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Increasing interest in the “essential medicines” concept

1977

⚫ Every year FDA and EMA approve between 30 and 60 new 

medicines

⚫ 54% (20/37) of medicines approved by FDA in 2022 were 

“first in class”

⚫ 65% (24/37) approved using “Fast Track, Breakthrough 

Therapy, Priority Review, and Accelerated Approval” pathway

Advancing Health Through Innovation: 

New Drug Therapy Approvals 2022 (FDA)
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The EML as a model list for national lists of essential medicines
https://global.essentialmeds.org

https://apps.who.int/iris/bitstream/handle/

10665/330898/9789241515443-eng.pdf

⚫ The database of national essential 

medicines lists (NEMLs) currently being 

updated

⚫ About half of all countries with NEMLs 

updated their national lists in the last 5 

years

⚫ NEMLs vary substantially regarding the 

number of medicines included and the 

alignment with the WHO Model Lists
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Applications to be discussed at the 
2023 Expert Committee meeting

⚫ 52 applications to add new medicines

⚫ 9 applications to include new indications 
for medicines already listed

⚫ 8 applications proposing inclusion of 
new formulations / strengths for 
medicines already listed

⚫ 6 applications proposing removal of 
formulations / strengths 

⚫ 9 applications for other changes to the 
Model Lists
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GLP-1 agonists 
Treatment of obesity (indication type 2 diabetes not assessed)

⚫ Worldwide obesity has nearly tripled 

since 1975

⚫ In 2016, more than 1.9 billion (39%) 

adults were overweight of which 650 

million (13%)  were obese

⚫ Most of the world's population live in 

countries where overweight and 

obesity kills more people than 

underweight

⚫ 39 million children <5 years overweight 

or obese in 2020

⚫ For now, no medicines for the 

treatment of obesity on the EMLEconomist 02.03.2023

https://www.who.int/news-room/fact-sheets/detail/obesity-and-overweight
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Cardiovascular “polypill”
Primary and secondary prevention of atherosclerotic cardiovascular diseases

⚫ Cardiovascular diseases are the leading 

cause of death globally

– About 17.9 million deaths each year

⚫ Pharmacologic treatment key for reduction 

in morbidity and mortality

– In addition to “cessation of tobacco use, 

reduction of salt in the diet, eating more fruit 

and vegetables, regular physical activity and 

avoiding harmful use of alcohol”

⚫ Adherence to treatment remains suboptimal

⚫ Applications for EML listing rejected in 

2013, 2015 and 2017 (lack of mature data)https://www.who.int/health-topics/cardiovascular-diseases

Catellano et al. N Engl J Med 2022; 387:967-977. 
Robson et al. Nat Rev Cardiol. 2021 Feb;18(2):72-73.

ACE-inhibitor

Statins

Acetylsalicylic 

acid 
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Ravidasvir
Hepatitis C virus (HCV) infection

⚫ Globally about  58 million people with chronic 

HCV infection

– 1.5 million new infections occurring per year

⚫ With direct acting antivirals (DAAs) chronic 

HCV infection can be cured in >95% of 

patients

⚫ Quality-assured DAAs are available in many 

settings

– MPP licensing for three DAAs

– Initially DAA were marketed at a price of > 

80’000 USD / treatment

– Now available at prices often <100 USD / 

treatment in some countries
Accelerating access to hepatitis C diagnostics and treatment. WHO 2021.

https://www.who.int/publications/i/item/9789240019003
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Medicines for the treatment of COVID-19

SARS-CoV-2 lineage prevalence 

https://app.magicapp.org/#/guideline/6668
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Medicines for the treatment of COVID-19

SARS-CoV-2 lineage prevalence 
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Cancer medicines on the EML

Jenei et al. Lancet Glob Health. 2022 Dec;10(12):e1860-e1866.
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Immune checkpoint inhibitors (ICI)
Non-small cell lung cancer (NSCLC)

⚫ Nivolumab (with pembrolizumab as alternative) added for 

melanoma in 2019 

⚫ Application for NSCLC rejected in 2019 and 2021

– Partly because of “prohibitively high price”

⚫ Since the first approval of ipilimumab in 2011 for 

melanoma 

– > 90 additional indications approved 

– > 11 different checkpoint inhibitors approved

⚫ > 5’600 studies enrolling patients (2021)

⚫ Total revenue >60 billion USD

– “For reasons that are unclear, the glut of similar products 

from many different pharmaceutical companies has not led 

to competitive pricing” Johnson et al. N Engl J Med 2023; 388:1529-1532.



24th WHO Expert Committee on the Selection and Use of Essential Medicines 

Open Session – April 24, 2023
13 |

CAR-T cell treatment 
Relapsed / refractory large B-cell lymphoma

⚫ Reviewed in 2021 

– without request for addition

⚫ Often 300’000-600’000 USD per 

treatment

⚫ Highly complex production

https://www.cancer.gov/publications/dictionaries/cancer-

terms/def/chimeric-antigen-receptor-t-cell-therapy

https://www.theguardian.com/society/2022/feb/02/first-

patients-pioneering-car-t-cell-therapy-cured-of-cancer
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Several applications for childhood cancer

“…the platform will be focused on 

procuring and distributing 

medicines that have been 

categorized by the World Health 

Organization (WHO) as ‘Essential 

Medicines’” 

https://global.stjude.org/en-us/medicines.html

https://www.who.int/initiatives/the-global-initiative-for-childhood-cancer 
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Age-appropriateness of formulations of essential medicines 

for children – EMLc

⚫ Review of the age-appropriateness of 

formulations of medicines listed on the EMLc

⚫ Paediatric formulations assessment

– Identification of formulations of essential medicines 

that could be proposed for potential addition / 

deletion to the EMLc

– Identification of formulation gaps in essential 

medicines for children 

⚫ EML / EMLc comparison 

– identify medicines on the EML that have potential 

therapeutic utility in children but that are not 

currently included on the EMLc
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Rare diseases (RD)

⚫ RDs affect approximately 6% of the 

worldwide population

⚫ No universal definition

⚫ With more targeted treatments the 

number of RDs is likely to increase

⚫ What is rare in one population may not 

be rare in another

⚫ Medicines for rare diseases are 

sometimes highly priced

Baranello et al. N Engl J Med.2021 Mar 11;384(10):915-923.
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Risdiplam
Spinal Muscular Atrophy

⚫ “KEI had earlier requested a voluntary 

license…  to manufacture and sell a 

generic version of risdiplam”

⚫ “KEI is currently investigating 

manufacturing risdiplam from a country 

where rights in patented inventions, 

data, or regulatory approval do not 

present a barrier.”

⚫ “The current structure of the EML is 

not designed to deal rationally and 

effectively with pricing and affordability 

issues.”

Baranello et al. N Engl J Med.2021 Mar 11;384(10):915-923.
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Accessibility of highly-priced medicines

⚫ “…the absolute cost of a medicine will not be a reason to exclude it from the Model

List if it meets the stated selection criteria,…”

⚫ “…cost-effectiveness comparisons be made among alternative medicines within the

same therapeutic group (e.g., identifying the most cost-effective drug treatment to

prevent mother-to-child transmission of HIV). This approach is in line with WHO’s

practice of including cost considerations in the development of public health

recommendation.”

Revised procedure for updating WHO's Model List of Essential Drugs. 

Executive Board document EB109/8, 7 December 2001

“…essential drugs are those that satisfy the health care needs of the majority of the 

population; they should therefore be available at all times … at a price that individuals 

and the community can afford.”
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Essential but unaffordable ?
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1. External reference pricing

2. Internal reference pricing

3. Value-based pricing

4. Mark-up regulation across the 

pharmaceutical supply and 

distribution chain

5. Promoting price transparency

6. Tendering and negotiation

7. Promoting the use of quality-

assured generic and biosimilar 

medicines

8. Pooled procurement

9. Cost-plus pricing for setting the 

price of pharmaceutical products

10. Tax exemptions or tax reductions 

for pharmaceutical products

In September 2020, WHO Guideline on country pharmaceutical pricing 

policies was published

20

Ten pricing policies

https://www.who.int/publications/i/item/9789240011878

The only policy with strong recommendation and 

for the first time includes “biosimilar medicines”
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Off-label use & EML

The Selection and Use of Essential Medicines Report of the 20th WHO Expert Committee (2015)
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⚫ Over 2.2 million prevalent cases worldwide

⚫ 2019 application to add glatiramer acetate, fingolimod, ocrelizumab 

rejected with request for a revised application ”that considers the 

relative roles of all available medicines for MS” 

From a single medicine approach to a more comprehensive evaluation: 

example medicines for multiple sclerosis

Timeline of developments in the treatment of multiple sclerosis

Lancet Neurol. 2019 May;18(5):459-480.

Tintore et al. Nat Rev Neurol. 2019 Jan;15(1):53-58.
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Appropriate use of essential medicines

⚫ It is not enough that essential medicines are available and affordable

– They must be used appropriately

“He also considered that

adequate information on the properties,

Indications and use of the drugs listed

should be provided”

Dr Halfdan Mahler

(WHO DG 1973-1988)

Several

applications for

addition of new

Reserve antibiotics

and one old antibiotic

with activity against

resistant pathogens 
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WHO medicines strategy: revised procedure for 

updating WHO's Model List of Essential Drugs

Executive Board 109th session

⚫ The medicines landscape is becoming increasingly complex

⚫ The application process focused on single medicines makes it 

difficult to get a holistic picture especially in areas without 

dedicated WHO technical teams / guidelines

⚫ The quality of the applications is varying, some applications are 

incomplete and / or contain misleading information

⚫ Many medicines included on the Model Lists do not have 

corresponding WHO guidelines covering their use

⚫ The role of the EML regarding products that are not “classic” 

medicines

⚫ The role of the Model Lists in public health emergencies needs to 

better defined
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Thank you !

Bernadette

CAPPELLO

Lorenzo

MOJA

Elleanie

TEWOLDE

A big thank you to: 

• Members of the working groups

• Expert committee members

• Consultants working with the 

EML team

• WHO colleagues from within the 

department and outside

• Teams preparing applications

• …
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