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INTRODUCTION 

How was the year for drug approval 

In 2014, the European Medicines Agency (EMA) 

recommended 63 medicines (non-generic, non-biosimilar 

drugs) for marketing authorization for human use at a 

European Union level. Many of these drugs were new entities, 

meaning that they have never been authorized before in the 

EU. Out of the 63 medicines, 51 of them were chemical 

molecules and 12 were developed using biotechnology as a 

means for manufacturing. 
 

EMA drug approval spanned 14 therapeutic areas in 2014, 

from which Antineoplastic and immunomodulating agents represent the main category with 13 

approvals (21%), followed by respiratory system medicines with 12 approvals (19%) and 

antiinfective drugs with 11 medicines (17%). 

2014 shows a record on the approval of orphan medicines when compared with previous 

years, with 12 new drugs recommended for rare diseases. These drugs respond to public 

health needs and are intended to treat rare diseases which have no treatment options or no 

satisfactory one available. Among the 12 orphan medicines, 4 of them were assessed under 

conditional approval, 2 using the accelerated assessment procedure and 1 of them was 

approved under exceptional circumstances in which EMA considered that the applicant was 

unable to provide complete data owing to the rarity of the condition. 

However, not all the authorized medicines were approved by consensus in 2014, as in 10 of 

the cases the Committee for Medicinal Products for Human Use (CHMP) members had 

divergent opinions on some of the aspects of the safety and efficacy of the drugs. Moreover,  

7  of the approved medicines were withdrawn after the CHMP opinion.  

Comparison with other years 

During 2014, most drug categories maintained in the same values as the prior and posterior 

years, however, we can appreciate a peak for the approved respiratory drugs (although this is 

explained because 5 of the 12 respiratory drugs approved in 2014 were similar drugs launched 

by Teva). 

While between 2009 and 2014 there was no clear trend on oncologic drugs, 2014 is an 

inflection point: from 2014 to 2018 there is a statistically significant positive slope, having a 2-

fold increase percentage in the approved oncologic drugs. 

Also, 2014 follows the precedent significant decreasing trend in the approval of blood related 

drugs, but after 2014 this tendency is eliminated. 
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Comparison with FDA 2014 

 

 

 

 

 

 

 

 

 

 

 

 

 

 

 

In 

2014, the European Medicines Agency (EMA) approved 63 drugs that could be divided in 

three categories based on the type of compound, which were chemical (50 drugs), biotech (12 

drugs) and other (1 drug). Compared to the Food and Drug Administration (FDA) in the USA, 

EMA approved more drugs in total. In addition, the trend for drug approval in 2014 was also 

different between the USA and Europe as shown in the charts. More than 25% of the drugs 

approved in the USA belonged to the “Infection” category, such as antiviral and antifungal. 

Meanwhile, L category that belonged to “Antineoplastic and Immunomodulating Agents” had 

the most number of drugs approved in Europe. 
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PROTOCOL 

To help further analyze the data of the drugs approved by the EMA in 2014, we have to start 

by composing a protocol. For this report, we have decided to only analyze medicines approved 

in 2014 for human use. In total we end up with 63 medicines. We can group the medicine 

based on several groups such as: 

1. Authorized vs Withdrawn 

Table 1. Number of Drugs in 2014 Using Selected Filters 

 Count 

Authorized 56 

Withdrawn 7 

Total Number  63 

 

Withdrawal  was mainly at the request of the marketing authorization holder. Discontinuation 

of the marketing of the product was due to commercial reasons.  

2. Generic or Biosimilar medicine 

Table 2. Classification of Filtered Drugs in 2014 Based on Biosimilar and Generic Status 

 Count 

Biosimilar 3 

Generic 7 

 

3. Type of compounds (Chemical, Biotech or Advanced Therapy Medicinal Product) 

Table 3. Classification of Filtered Drugs in 2014 Based on the Types of Compounds 

 Count 

Type of Compound Total Number Authorized  Withdrawn 

Chemical 51 45 6 

Biotech 12 11 1 

ATMP - - - 

Total Number in 
2014 

63 56 7 

 

 

4. ATP Classification 
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Table 4. Classification of Filtered Drugs in 2014 Based on ATC Codes 

  Count 

ATC Code 
Total 

Number Authorized Withdrawn 

A: Alimentary tract/metabolism 8 7 1 

B: Blood and blood forming organs 3 2 1 

C: Cardiovascular system 2 2 0 

D: Dermatological 2 2 0 

G: Genito-urinary system/sex hormones 1 1 0 

H: Systemic hormonal preparations (not sex 
hormones/insulins) 0  0 0  

J: Antiinfectives for systemic use 11  9 2  

L: Antineoplastic and immunomodulating agents  13 13 0  

M: Musculo-skeletal system 1  1 0  

N: Nervous system  4 4 0  

P: Antiparasitic products, insecticides, repellents 0  0 0  

R: Respiratory system  12 9  3 

S: Sensory organs  2 2  0 

V: Various  4 4 0  

Total Number In 2014 63 56 7 
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2014 IN CHARTS 

Country of Manufacturing  

 

 

In 2014, 15 countries in the EU were the main sites for manufacturers. Among them, United 

Kingdom appears to be the most prominent one, followed by Italy, Spain and Germany. 
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Which are the enterprises that hold the marketing authorizations? 

 
This graph shows the enterprises that hold more than 3 marketing authorizations of drugs 

released in 2014. From the 35 different companies obtaining marketing authorizations in 

2014, only 7 of them obtained more than 3 MA. These 7 companies are all large companies. 

 

From all the MA released in 2014, almost half of them were obtained by the 7 companies 

with more than 3 MA. This means that from all companies obtaining MA in 2014, 1/5 of them 

got half of the marketing authorizations. 
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76% of the MA launched in 2014 belong to large companies (revenue > 1 billion €). 

From all MA launched in 2014, only 24% were for small and medium companies. 

 

Patent Owner Comparison Between University, Company and 

Others   

From the chart above, it is shown that 96.8% of the authorized drug patents in 2014 are owned 

by the company (pharmaceutical industry). 1.6% of the patent is owned by university and the 

remaining 1.6% is owned by biotech company which will be bought by the MAH later 
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Average Number of Clinical Trial per Phase (based on category) 

 

Among the different categories, antineoplastic and immunomodulating agents (category L) are 

the ones in which more clinical trials were performed to assess the safety and efficacy of the 

drugs and to ensure that their benefits outweigh their risks. On the contrary, fewest clinical 

trials were realized on drugs acting on the blood and blood forming organs (category B). 

Clinical Trial Done to Children and Elderly (per phase, per category)  

When we are observing the clinical trial participant age, some trials use different age limits 

when explaining elderly. But we will use the age 65 years old based on the common use. 

 

From the graph above, adult patients are still the most dominant patient for all phases of 

clinical trials. One of the most distinct trends is the decreasing number of children patients as 

the clinical trials went on to be more specific. Whereas the elderly trend went up until phase 3 

then went down in phase 4. When we specify each category, we get the below result. 
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STUDY CASES OF 5 DRUGS IN 2014 

Considering the data extracted from the drugs approved in 2014 by EMA, we selected 5 

drugs that had interesting characteristics, in order to explore their cases. 

Scenesse - exceptional approval due to rarity of the disease   

Scenesse is an implant containing 16 mg of afamelanotide. It is indicated for the prevention of 

phototoxicity in adult patients with erythropoietic protoporphyria (EPP), which is a rare genetic 

disease that causes intolerance to light, and proposed to be prescribed by physicians who are 

trained and accredited by the marketing authorization holder to administer the implant. 

Scenesse is the first medicine for patients with this condition. In the clinical trial phase, the 

hard outcome is the amount of time patients can spend under the sunlight. Patients with EPP 

were treated with either Scenesse or a placebo over a six-month period and daily records of 

exposure to sunlight was measured. The trial showed that patients who were treated with 

Scenesse could spend on average 116 hours in direct sunlight without pain compared to 61 

hours for patients treated with placebo. 

Marketing authorization has been granted for Scenesse under exceptional circumstances by 

the European Medicines Agency (EMA) in 2014. This is because it was not possible to get 

comprehensive data or complete information about the medicine, such as benefits, due to the 

rarity of the disease. The Agency’s Committee for Medicinal Products for Human Use (CHMP) 

decided that the advantage of Scenesse is greater than the risk it had, hence they 

recommended the marketing authorization for Scenesse. Scenesse can increase the amount 

of time patients can spend under direct sunlight without experiencing pain, even though the 

extra time is small. Based on this reason, the CHMP considered the possible improvement in 

quality of life, unmet medical needs for EPP patients and the mild side effects shown during 
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short-term treatment with Scenesse in deciding for recommending approval of Scenesse in 

the EU. During the evaluation of Scenesse, the CHMP also consulted patients and experts to 

share their experiences with Scenesse. In October 2019, Scenesse was approved by FDA as 

the first FDA-approved treatment to help EPP patients in increasing their pain-free light 

exposure, making it available in the EU and USA. Comparatively, Scenesse is not available in 

Indonesia, Uruguay and Philippines for now. 

Sovaldi - Hepatitis C, a drug pricing case  

Sovaldi is an antiviral drug used in combination with other drugs to treat chronic hepatitis C. 

Its active principle is sofosbuvir. It is estimated that 71 million of people are chronically infected 

with hepatitis C, and a significant amount of them will develop cirrhosis or liver cancer. 

Prior to Sovaldi approval, standard hepatitis C treatment involved interferon and ribavirin 

administration along with antivirals (only in genotype 1, since there were no direct antivirals 

available for the other genotypes), in the so-called triple therapy. However, the effectiveness 

of interferon treatment is highly limited by its serious side effects, and contraindicated in some 

cases. The response rates depend highly on the genotype of the virus and the relapses are 

common. Therefore, in the 2014 scenario there was a clear unmet medical need for a 

simplified treatment for hepatitis C chronic infection, that increases the efficacy of the 

treatment and allows for an effective treatment of patients that cannot follow a standard 

interferon treatment. 

The launch of Sovaldi in 2014 represented an important innovation in the treatment in hepatitis 

C chronic infections, claiming to be effective in all genotypes of the virus, always in 

combination, either with ribavirin in an all-oral treatment or ribavirin and interferon.  This meant 

that patients that could not undergo through interferon treatment now had an alternative to be 

cured, and that certain genotypes could avoid the serious side effects produced by interferon 

during the treatment. 

Solvaldi was approved under accelerated assessment, which means that the timeframe for 

marketing authorization assessment was reduced from 210 days to 150 days. Sovaldi 

represents an important therapeutic innovation in a disease that is of major public interest. 

A drug pricing case 

The price of Sovaldi has been strongly debated due to its high cost. The active molecule of 

Sovaldi, sofosbuvir, was originally developed by Pharmasset. Gilead, which had high 

expectancy on this new innovative drug, bought Pharmasset in 2011 for $11 billion. Then, they 

raised the price point from the $36.000 per treatment expected by Pharmasset at the 

beginning to $80.000. 

Gilead would claim that by curing hepatitis C Sovaldi represents important savings on the long 

term, versus chronic hepatitis C treatment. In other words, they justified the price considering 

the price per cure.  Also, Gilead defends its position for the risk taken for buying a company 

for a drug that still was not in the market. On the other hand, the high price of Sovaldi can 

impede some patients (that might not have another alternative) from being cured. 
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But it is not like this in all the world. In India, an agreement of Gilead with the generic 

companies allows to market generic sofosbuvir so that their patients could afford the 

treatment. Also, the price of Sovaldi agreed with different countries varies very much. This 

poses the question whether Gilead fixes a price according to what each country can pay for a 

treatment. 

Besides the European Union, Sovaldi is available in the Philippines and in Uruguay, but not in 

Indonesia. However, Indonesia can access generic sofosbuvir produced in India thanks to the 

pressure made by community groups against granting patents to Sovaldi. 

Clinical essays 

Four phase 3 studies are considered the main studies to support sofosbuvir clinical efficacy: 

NEUTRINO, FISSION, POSITRON and FUSION. 

NEUTRINO focused on genotypes 1,4,5 and 6, where they tested the treatment of sofosbuvir 

in combination with interferon and ribavirin for 12 weeks. 

FISSION, POSITRON and FUSION, in turn, tested the efficacy and safety of sofosbuvir in 

genotypes 2 and 3. FISSION tested the proposed treatment for these genotypes (sofosbuvir 

and ribavirin for 12 or 24 weeks) compared to the standard treatment (ribavirin and interferon 

for 24 weeks).  POSITRON and FUSION, in turn, tested the proposed treatment against 

placebo. 

While NEUTRINO did not include any comparator, the other 3 main studies compared the 

proposed treatment with the standard one or placebo. This may be because for genotypes 

1,4,5 and 6 the intention was to improve the efficacy of the standard treatment, but without 

eliminating interferon from the treatment. In any case, a comparator representing the standard 

treatment could have been interesting to provide stronger results. However, for genotypes 2 

and 3, the intention was to demonstrate that interferon-based treatments can be successfully 

substituted by sofosbuvir treatment without reducing efficacy. 

The sample size for all of them was considered enough to detect significant improvements or 

differences among study groups. Conveniently, all of them differentiated between the different 

genotypes when giving the results of the efficacy. NEUTRINO was neither randomized nor 

blinded, and FISSION was not blinded either. However, due to the nature of the outcomes, 

this may not affect the quality of the studies. 

Outcomes 

For all main studies, the primary outcome is to reach sustained virological response (absence 

of quantifiable virus in plasma) 12 weeks after end of treatment (SVR12), and SVR4 and 

SVR24 as secondary outcomes. While SVR12 is generally accepted as a durable reversal of 

the disease, relapses can happen. Therefore, SVR can be classified as a surrogate endpoint, 

because it does not necessarily mean that the disease is cured, although it is strictly related 

to the disease reversal. 
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Other secondary outcomes are related to HCV-RNA values. Similarly to SVR, measuring RNA 

values of the virus could be seen as a biomarker of the disease and does not necessarily 

mean that the disease is cured, therefore it could be classified as a surrogate endpoint. 

Another secondary outcome pointed out is the emergence of viral resistance, measured during 

and after treatment for all trials and in baseline for FISSION. This outcome is difficult to 

classify, since it can influence the treatment by avoiding the reversal of the disease but does 

not mean that the treatment is less effective when resistance is not present. While in doubt, it 

could maybe be classified as a soft outcome. 

Tivicay - a next-generation drug for HIV infection 

Tivicay is an antiviral drug, in the form of a film-coated tablet, that contains 50mg of the active 

substance dolutegravir. It is used as a treatment for Human Immunodeficiency Virus (HIV), 

together with other antiretroviral medicines, by adults, adolescents and children above 6 years 

old. The drug’s active substance is a novel integrase inhibitor, studied extensively in a range 

of HIV treatment populations (naive patients, patients resistant to other drug classes and prior 

failing treatment, patients with prior failing treatment via integrase inhibitors and consequent 

resístanse to them). 

The advantages of the drug were prominent and, in 2013, it was granted approval by the FDA 

and Health Canada, while EMA granted marketing authorization in 2014. It was speculated 

that, in the years to follow, the drug would be regarded as “best in class” and indeed, in 2017, 

dolutegravir was added in World Health Organisation (WHO) Model list of essential medicines, 

while in 2019, it was recommended by WHO as a first- and second- line treatment for HIV 

patients. Tivicay is available in all EU countries, as well as Uruguay, but not in the Philippines 

or Indonesia, though there is some discussion about providing the drug to those countries 

through generic manufacturers (with or without loyalty fees). 

Tivicay’s worth was made clear by four pivotal, phase III, clinical studies: SPRING-2, SINGLE, 

SAILING and VIKING-3. These studies tested the clinical efficacy and safety of the drug in the 

full spectrum of patient populations. The results obtained, highlighted the merit of the drug, as 

it was tolerated in the same degree as its comparators, while at the same time, it proved to be 

more potent than them.   

Focusing on the results, SPRING-2, SINGLE and SAILING had the same primary endpoint 

(hard outcome), it being the proportion of patients with <50 viral RNA copies/ml at week 48, 

but tested in different populations (SPRING-2 and SINGLE in naive patients, SAILING in 

patients with on-going treatment failure, with resistance to at least 2 classes other than 

integrase inhibitors, for which no experience or transmitted resistance was allowed). The 

primary endpoints in VIKING-3 were the mean change from Baseline in plasma HIV-1 RNA 

(log10 c/mL) at Day 8 and the proportion of subjects with plasma HIV-1 RNA <50c/mL through 

Week 24. Participants in this study were patients with at least 3 class-failure (integrase 

inhibitors included) and with documented resistance to integrase inhibitors (prior or at 

screening). 

Despite some mild-to-moderate adverse effects (nausea, headache, diarrhea), the CHMP 

decided that the risk-benefit balance of Tivicay is favourable. 
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Imbruvica - a marketing authorization that evolves over time 

Imbruvica is an antineoplastic agent with great capability to inhibit Bruton’s tyrosine kinase 

(BTK). BTK is an important signaling protein of the B cell antigen receptor (BCR) and hence it 

plays a key role in B cell development. It has been designated as an orphan medicine by FDA 

and EMA, as it treats different rare diseases. Imbruvica is jointly developed and 

commercialized by Pharmacyclics LLC and Janssen-Cilag International NV, being these 

companies the marketing authorization holder in the United States and in Europe respectively. 

As the excessive signaling and activation of the B cell receptor (BCR) BTK-mediated pathway, 

is implicated in the pathogenesis of different B cell diseases, Imbruvica is approved by EMA 

(alone or in combination with other drugs) for several blood cancers. It was first developed 

and approved in Europe for the treatment of Mantle cell lymphoma (MCL) and Chronic 

lymphocytic leukemia (CLL), and as many additional clinical trials were demonstrating the 

safety and efficacy of the drug in other conditions, EMA recommended to extend the 

therapeutic indications on the marketing authorization. Imbruvica is commercially available in 

Uruguay and Philippines but not in Indonesia. 

Mantle cell lymphoma (MCL) and previously treated Chronic lymphocytic 

leukemia (CLL) 

Imbruvica was first approved by EMA for the treatment of adult patients with relapsed or 

refractory mantle cell lymphoma (MCL), or adult patients with chronic lymphocytic leukemia 

(CLL) who have received at least one prior therapy, or in first line CLL patients in the presence 

of 17p deletion or TP53 mutation in patients unsuitable for chemotherapy. 

EMA granted the marketing authorization for CLL based on the results of a phase 3, multi-

center (76 locations), open-label and randomized study of Imbruvica compared to 

Ofatumumab (RESONATE™ PCYC-1112). In the study, 391 patients were treated until 

progressive disease or unacceptable toxicity and the outcomes were measured with 

progression-free survival (PFS) as a primary endpoint, and Overall survival (OS) and Overall 

Response Rate (ORR) as second endpoints. While the median PFS in the comparison arm 

(Ofatumumab) was 8,1 months, it was not reached in the test group (Ibrutinib) as the 

progression events were more slowly. A 78% reduction in the risk of progression of death was 

shown in the Ibrutinib group when compared to Ofatumumab. Additionally, none of the groups 

reached the OS median, however the results showed a 57% reduction in the risk of death in 

individuals who received Ibrutinib. 

On the other hand, EMA evaluated the safety and efficacy of Ibrutinib for MCL on the results 

of a phase 2, multi-center (18 locations), open-label, non-randomized and single-arm study 

(PCYC-1104). In this study, 111 patients were treated with Ibrutinib 560 mg orally once daily 

until unacceptable toxicity. They evaluated Overall response rate (ORR) as a primary outcome 

and Duration of response (DOR),  Progression-free survival (PFS) and Overall survival (OS) 

as secondary endpoints. In addition to the mentioned outcomes, the study also evaluated the 

impact of the treatment on the patient's quality of life as a soft outcome. Patients were asked 

to answer the EORTC QLQ-C30 questionnaire and to indicate either positive or negative 

changes in their health status. 
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Waldenström’s macroglobulinemia (WM) 

In 2015, EMA recommended a change of the terms of the marketing authorization of Imbruvica 

to broaden its use for the treatment of  Waldenström’s macroglobulinemia (WM). The decision 

was based on the results of a phase 2, multi-center and open-label study (NCT01614821) 

performed in 63 patients who had received at least one prior therapy for WM. The primary 

outcome of the study was ORR assessed as more than a 25% reduction in serum IgM from 

baseline. The secondary outcomes include PFS, safety and tolerability. 90,5% of the patients 

reached the ORR used criteria, with 49 patients with a major response (more than a 50% 

reduction in serum IgM from baseline) and 17 with a very good partial response (more than a 

90% reduction in serum IgM from baseline). 

Previously untreated Chronic lymphocytic leukemia (CLL) 

In 2016, EMA extended the indication of Imbruvica approving the drug as a single agent for 

the treatment of previously untreated CLL. The change in the marketing authorization terms 

was supported by the results of a Phase 3, multi-center (108 locations), open-label and 

randomized clinical trial (PCYC-1115) performed in 269 patients older than 65 years. The 

study compared PFS, OS and ORR of the participants treated with Ibrutinib between the same 

measurements in patients treated with Chlorambucil. The results showed an improvement in 

all the evaluated clinical outcomes. 

Imbruvica in combination therapy for CLL and WM 

In 2019, EMA included two new indications for Imbruvica. In this case, the use of Ibrutinib is 

recommended in combination with Obinutuzumab for the treatment of adult patients with 

previously untreated CLL and in combination with Rituximab to treat WM. The studies 

performed to compare the ratio benefits/risks of the combined therapies with traditional 

therapies were PCYC-1130 and PCYC-1127 respectively. PCYC-1130 is a phase 3, multi-

center (71 locations), open-label and randomized clinical trial of Ibrutinib combined with 

Obinutuzumab versus Chlorambucil in combination with Obinutuzumab. PFS was measured 

as a primary outcome in 229 participants, showing significant improvements in the group 

treated with Ibrutinib plus Obinutuzumab. Safety and efficacy of Ibrutinib plus Rituximab for 

the treatment of WM was evaluated in phase 3, multi-center (48 locations), double-blinded 

and randomized clinical trial in which 181 patients were treated with Ibrutinib in combination 

with Rituximab or Rituximab plus placebo.  The data showed that Ibrutinib plus Rituximab 

delivered superior PFS and OS compared to the control group and it also demonstrated 

improvements in patient's quality of life, assessed by FACIT-Fatigue subscale score (soft 

outcome). 

Translarna - Musculoskeletal dystrophy, Approved with 14 

Divergent Opinion but Unapproved by FDA  

Translarna is an orphan medicine for patients with Duchenne muscular dystrophy (DMD) and 

Becker muscular dystrophy (BMD). DMD is an inherited condition where muscle progressively 

weaker overtime, BMD is a milder version of DMD. Both of these diseases are caused by a 

mutation on the gene responsible for translating dystrophin protein, crucial for muscle 

protection from damage. Translarna works only for a nonsense mutation of the gene, which is 

https://clinicaltrials.gov/show/NCT01614821
https://musculardystrophynews.com/muscular-dystrophy-types/what-is-duchenne-muscular-dystrophy/
https://musculardystrophynews.com/muscular-dystrophy-types/becker-muscular-dystrophy/
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only 13% of the DMD case cause. Translarna forces cells to ignore premature stop signals of 

protein therefore producing full functioning protein. Registered under PTC Therapeutics, 

Translarna first submitted their dossier to EMA in October 2012. During the CHMP meeting in 

January 2014 to determine the approval of the marketing authority, Translarna received a 

negative opinion. During this process, the applicant only provides one main study of Phase 2b 

(NCT00592553) on 174 patients not achieving their primary outcome of the walking for six 

minutes after 48 weeks of treatment. applicant also provides additional analyses of the data, 

the CHMP considered that these were insufficient to provide enough evidence of 

effectiveness. The applicant requested for re-examination, which gives time for the applicant 

to give additional study results. In the May 2014 meeting, the applicant provided additional 

analyses from the main study. the CHMP took the view that there was some evidence of 

effectiveness when used at a dose of 40mg/kg/day and that the way the medicine works is 

plausible. With this, the applicant will be required to provide comprehensive data in order for 

Translarna to receive conditional approval for ambulatory (able to walk) patients over the age 

of 2 with 14 divergent opinions. Further long-term observational studies are required to gain 

full approval for the treatment. Such a study (NCT02369731) is currently recruiting participants 

in Austria, France, Germany, Israel, and Sweden. 

The result however was different with the FDA application. PTC Therapeutics submitted their 

dossier to the FDA in December 2014. After finishing their phase 3 trial in February 2016, the 

applicant received a Refuse to File letter from the FDA because the application was not 

sufficiently complete to permit a substantive review. The applicant then escalates its appeal 

to the next supervisory level of FDA which needs multiple cycles of appeals by providing data 

and analyses from multiple clinical studies. However in 2017. The FDA released their complete 

response letter (CRL) stating they are unable to approve the application in its current form due 

to the indication that there is no substantial evidence of the effectiveness. In February 2018, 

the applicant receives a formal dispute resolution request decision from the FDA, meaning the 

applicant has to re-submit to the New Drug Application (NDA), which is a different office from 

the FDA with new data. Currently the applicant is enrolling and waiting for a final clarification.  

SUMMARY 

● In the case of a drug for rare disease, such as Scenesse, the marketing authorization 

can be granted under exceptional circumstances due to the impossibility to get 

complete information for the disease and the CHMP consideration that the advantages 

it gives are greater than the risks. 

● In other cases, like Sovaldi, the necessity to authorize drugs that target unmet medical 

need is clear, and has to be favoured by mechanisms like accelerated assessment. 

But having drugs in the market that are useful to treat worldwide strongly debilitating 

diseases is not enough: it makes no sense to have a drug if patients cannot access it. 

● Once in a while, a drug appears that undergoes the standard marketing authorization 

procedure, but holds an immense therapeutic potential. Such a case is Tivicay, the 

active substance of which was thought to become a key component in HIV treatment. 

Indeed, in the years to follow, dolutegravir became a viable and valuable solution not 

only for patients, but also for healthcare providers. 

https://clinicaltrials.gov/ct2/show/record/NCT02369731
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● The terms of marketing authorization are not static. They can suffer modifications over 

time as in the case of Imbruvica; or on the other hand, a drug can be withdrawn from 

the market as Eperzan. The case of Imbruvica showed one of the commonly used 

strategies on drug development, where companies got the marketing authorization for 

a specific disease first and then, with the product on the market, they continue 

gathering data to extend the drug indications for other diseases. 

● The case with Translarna shows that even though FDA and EMA both hold high 

standards in medicine approval, there will be cases where the board has a different 

view on disease sense of urgency for specific diseases and whether the data provided 

is enough proof of effectiveness. 
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