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ABSTRACT 

Orphan drug medications are medicaments to battle, analyzed and 

counteraction unprecedented uncommon infections (Pasireotide, 

Tecovirimat, Ivosidenib), etc. Often these drugs are not accessible in 

India because of high costs ODA (ORPHAN DRUG ACT) is first 

started by the USA. The enactment and the approaches are some 

degree comparative yet not equivalent. It is imperative to comprehend 

the primary contrast among all accessible authoritative framework to 

improve worldwide coordinated effort in the field of medication and 

uncommon infection All global pharmaceutical industries is 

anticipating vagrant medications give financing clinical preliminaries 

where India is lagging which can be the reason for the crisis. The main Motive behind ODA 

was to boost R and D trails for such medications to treat a huge number of populace 

experiencing "Rare diseases." Though the level of patients experiencing "uncommon 

ailments" in India is allegedly higher than the world normal, shockingly even today such 

cases get little assistance from our administration. Indian government ought to likewise 

energize its household pharmaceutical industry to get occupied with a look into vagrant 

medications by putting an "ODA" set up and broadening money-related help, and 

administrative concessions like littler and shorter clinical preliminaries, immediately. 

Therefore, India could well‑demonstrate that the idea of vagrant medications for vagrant 

ailments is truly not vagrant in India. Vagrant medication possession by socially persuaded 

not‐for‐profit associations may encourage access to progressively reasonable vagrant 

medications, to serve patients and human services frameworks the same. 

 

World Journal of Pharmaceutical Research 
  SJIF Impact Factor 8.084 

 Volume 10, Issue 12, 629-638.           Review Article               ISSN 2277– 7105 

*Corresponding Author 

Tanuj Upadhyay 

Amity Institute of Pharmacy, 

Amity University Madhya 

Pradesh (AUMP), 

Gwalior-474005, India. 

Article Received on  

02 August 2021, 
 

Revised on 22 August 2021, 

Accepted on 12 Sept. 2021 
 

DOI: 10.20959/wjpr202112-21768 



Tanuj et al.                                                                    World Journal of Pharmaceutical Research 

www.wjpr.net      │     Vol 10, Issue 12, 2021.      │     ISO 9001:2015 Certified Journal      │ 630 

KEYWORDS: Orphan drug, Orphan drug act (ODA), Global pharmaceuticals, Uncommon 

ailments, Medication, etc.  

 

INTRODUCTION 

The term itself speaking loudly that it Affect very few people in the country. Every country 

has its criteria of specifying the rare disease in their country America recites as 1 in1000 and 

5in1000 In Europe the United States was the main nation that presented a Drug act in 1983, 

after that number of different nations has followed the program, for instance, Japan (1993), 

Singapore (1997), Australia (1998) and the EU (2000). In Europe Union acts were made a lot 

later than the USA since it is gathering of 28 nations and its abilities concerning the 

wellbeing is a lot of scattered. WHO will declare orphan disease when 6-8% world 

population is affected.
[1,2,3]

 

 

The primary distributed link to an uncommon ailment in India was in 1967. In any case, the 

revealing of cases is poor, thus far just around 450 RDs have been recorded In India, roughly 

70 million The National Policy for Treatment of Rare Diseases (NPTRD) patients experience 

the ill effects of an RD the Central Drugs Standard Control Organization, which is the 

national administrative body for Indian pharmaceuticals and clinical gadgets, The expense of 

medications, for example, Syprine and Venclext approaches Rs. 0.5 million for a year's 

treatment, which surpasses most Indians' yearly salary. Since the majority of these 

medications are deep-rooted, treatment expenses can mount to a huge number of rupees per 

understanding after some time.
[4]

 

 

Global Situation 

United States 

The ODA is a government law concerning uncommon infections (vagrant illnesses) that 

influence less than 200,000 individuals in the United States or are of low pervasiveness 

(under 5 for each 10,000 in the network. Which incorporates absolving the assigned vagrant 

medications from paying new medication application expense, waivers for Post-approval 

yearly foundation and items charges, arrangement of assessment acknowledges on clinical 

research just as selective promoting rights for up to the time of 7 years, ODA has become a 

tremendous achievement.
[5]
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Japan  

In terms of sensitivity Japan is quite more appreciable than other countries. Japan defines rare 

disease which affects lower than 0.4 % of the population in the outcomes from 50000. 

Japan’s clarify the statements the applicant have should clear product development and 

scientific rationale to support drug in japan than complete your clinical trial and submit it to 

NDA(NEW DRUG APPLICANT) There is a general necessity to set up the quality, 

wellbeing, and viability to the administrative MHLW holds purview over the Pharmaceutical 

Affairs Law and the MHLW settles on vagrant assignment choices dependent upon the 

situation. The choice depends on the assessment of the Pharmaceutical Affairs and Food 

Sanitation Council (PAFSC), who survey a logical report arranged by the Pharmaceuticals 

and Medical Devices Agency (PMDA).
[6]

 

 

Australia 

In Australia, vagrant medications are drugs used to treat sicknesses or conditions influencing 

less than 2,000 people at any one time (0.2%). The Australian Therapeutic Goods 

Administration (TGA), being the main organization, can allow the vagrant status to the 

medications. Be that as it may, to qualify as a vagrant medication according to the TGA, the 

concerned item should meet the wellbeing necessities of TGA as well as different offices 

around the globe like US-FDA, the Medicines and Healthcare Products Regulatory Agency 

of the United Kingdom, the Therapeutic Products Directorate of Canada, the Medical 

Products Agency of Sweden, the Medicines Evaluation Board of the Netherlands, or the 

European Medicines Evaluation Agency (EMEA).
[7]

 

 

South Korea 

For vagrant drug assignment in Korea, under 20,000 individuals in Korea experience the ill 

effects of the sickness/condition, or there is no available In Korea, vagrant medications are 

provided to patients by pharmaceutical organizations or the Korea Orphan Drug Center. As of 

October 2002, more than 130 vagrant medications have been affirmed by the KFDA.
[8,9]

 The 

vagrant medication application process takes around 6-9 months to complete treatment for the 

illness/condition in Korea.
[10] 
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Table 1: Recitation of different countries on the classification of rare disease. 

COUNTRY 
Total population affected 

(Maximum limit) 
Prevalence per10000 in population 

USA 200000 7.5 

JAPAN 50000 4 

SOUTH KOREA 20000 4 

AUSTRALIA 2000 1.1 

EUROPE ---- 5 

TAIWAN 10000 1 

CHINA 500000 - 

- - - 

 

High Costs of Drugs 

The significant expenses of vagrant medications are supposed because of a lot of assets put 

resources into R&D by the medication manufacturers. However, Light and Lexchin27 

announced that medication organizations spend just 1.3% of their income on essential 

research to find novel particles. What's more, the dissimilarity in costs when these marked 

medications are contrasted and their conventional variants make it far-fetched if the cited 

R&D costs are sufficiently powerful. It is muddled regarding the degree to which the 

motivating forces offered by the EMA and other medication administrative specialists to 

support the advancement of these medications influenced the costs of these marked 

medications. For instance, Pedea costs 82000 fold the amount of nonexclusive ibuprofen, yet, 

explore proof has indicated that Pedea isn't better than oral ibuprofen in clinical viability 

concerning the conclusion of PDA.
[11] 

This brings up the issue of whether enormous national 

wellbeing frameworks, for example, the NHS, ought to pick conventional renditions of 

vagrant medications that were accessible, especially given the current weight on human 

services uses.
[12] 

The absence of elective treatment choices spoke to high neglected 

requirements for some, vagrant medications. Conditions with no elective medicines or just 

non-pharmacological elective treatments were related to higher yearly expenses. This finding 

is following the vast majority of systems that were proposed in the writing for the evaluation 

of vagrant medications and which recommended that the accessibility of elective treatment 

choices ought to be considered.
[13] 

Fewer Interests are shown by the Rand Ds shorten the 

manufacture of a stock of drug which leads to high prices. 

 

Greater expenses were likewise connected with shorter deferral between the HTA and 

medication commercialization. For sure, in the event of a serious sickness with high 

neglected needs or specific medication adequacy, payers might be happy to guarantee quick 
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access to the treatment and are bound to acknowledge more significant expenses. A longer 

window among HTA and cost may propose complex exchange and differences on the item 

esteem On the other, uncommon illnesses are by and large connected with a high effect on 

the grimness and mortality, and the nonappearance of elective treatment choices.
[14,15]

 It is 

critical to comprehend choices of payers on the financing vagrant medications and any place 

it mirrors the inclinations of the general public.
[16]

 

 

Effective and Quality of Medication 

The quality and quality of the general collection of proof for each vagrant medication was 

then assessed utilizing an agenda adjusted from the Grades of Recommendation, Assessment, 

Development, and Evaluation (GRADE) criteria, which surveys the five areas: study 

structure; consistency of proof; unequivocal quality of the accuracy of the proofs; and 

detailing predispositions. Based on the nature of general proof, one of four potential 

evaluations could be distributed: high, moderate, low, and exceptionally low. Proof for 

viability for each vagrant medication from the most elevated levels of proof for each vagrant 

medication was organized utilizing the accompanying request: meta-investigation/precise 

review>RCTs>non-randomized examinations. In the event that at least two orderly audits 

assessed a similar vagrant medication, the latest survey was incorporated. On the off chance 

that at least two medications were endorsed for treating a similar vagrant ailment, we decided 

if the degree of viability was identified with their yearly expenses. Dissipate plots were 

utilized to investigate the connections between the commonness of vagrant ailment and 

yearly expenses.
[17]

 

 

When all is said in done, genuine endpoints ought to be utilized as the essential adequacy 

endpoints of clinical preliminaries. For ultra-vagrant medications, be that as it may, clinical 

endpoints were utilized as the essential viability endpoint of the crucial preliminary at the 

point. 

  

When substitute endpoints are utilized, it is attractive that proxy endpoints reflect genuine 

endpoints it was hard to assess the clinical viability endpoints (endurance and infection 

movement) in clinical preliminaries because of constrained patient populaces and changing 

movement paces of the ailment. Accordingly, the 12-min strolling separation was utilized as 

the essential adequacy endpoint even though the connection between this endpoint and the 

clinical endpoints was indistinct. There is a progressing exertion to fit medication 

endorsement prerequisites among European Community (EC) nations just as the United 
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States and Japan. To the degree that the United States, Japan, and the EC can concede to the 

necessities for the endorsement of medications, as a rule, this will influence drugs for 

uncommon maladies.
[18] 

 

Strategy to Enhance Drug Production 

These focuses represent the requirement for Pharma organizations to build up a progressively 

persistent driven (instead of the present doctor driven) way to deal with RDs. Patients 

determined to have RDs are profoundly energetic, connected with, and educated so a solid 

computerized and online networking nearness is suggested. There may likewise be a job for 

quiet help foundation, for example, tolerant center points, to help get through patients by 

offering understanding help for accessing treatment, and proceeded with commitment with 

patients and doctors to help drive adherence to the endorsed treatment. Pharma organizations 

should likewise build up a broad database of doctors by RD and offer such data to patients. 

One explanation behind patients having longer conclusion times for their RD isn't having the 

option to discover a doctor master who can precisely analyze and treat their RD. Skill in RD 

finding and treatment will in general be concentrated among a little subset of experts, 

frequently in scholarly medical clinics.
[19]

 

 

Affordable To Patients 

The medicinal services inclusion of RDs fundamentally fluctuates by plan and area, and 

patients regularly ingest a lot of the expense of the treatment (medication and in general 

social insurance costs). A payer vault for wellbeing plan inclusion of RDs must, along these 

lines, be imparted to patients so they can design in like manner on the cost-expenses required 

to get treatment of their RD. A payer vault can likewise be good for a Pharma organization in 

arranging their payer technique and strategies important to help RD patients (e.g., the 

appropriation and measure of copay backing and limits/discounts to payers/drug store 

advantage supervisors (PBMs). Strong database the board is additionally significant. The 

modest number of patients with RDs will imply that the capacity to connect databases 

without losing information is fundamental. This database ability will influence a wide scope 

of clinical, ongoing HEOR/RWE investigations for payer agreements, and deals and 

advertising exercises. At long last, instruments must be set up to take into account proceeded 

with ongoing checking by Pharma organizations of patient clinical advancement while being 

dealt with. Wearable and embed gadgets have just gotten progressively boundless to screen 

tolerant advancement with different conditions. Such gadgets will be much progressively 
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basic given the expense of ODs for payers to sponsor inclusion or potentially for Pharma 

organizations to give ongoing patient data to help execution-based payer contracts.
[20]

 

 

Marketing Strategy 

The planning of preparing an application for a vagrant assignment ought to be educated by 

the thought of the Sponsor's advantage and goals in getting the assignment. These may 

incorporate corporate technique and market get to contemplations. The vagrant assignment 

may likewise be intended to enhance the item, considering a promising official statement, or 

basically to expand organization perceivable taking into account raising support. 

 

At the time of item enlistment, both agreeableness of the showcasing approval application 

and upkeep of vagrant assignment are key segments of a fruitful administrative methodology. 

This suggests specifically a constant and exhaustive observation of rivalry.
[21] 

An 

administrative procedure is most likely not complete without a forthright thought of the effect 

of the vagrant assignment all in all item advancement. Specifically, it is basic to have an 

away from of the effect of the vagrant assignment on the clinical turn of events.
[22]

 

 

The endorsement of an application for vagrant assignment depends on the data presented by 

the support. A medication that has acquired vagrant assignment is said to have "vagrant 

status". Patrons need to follow the "standard administrative prerequisites and procedure for 

getting market endorsement". Support may demand vagrant medication assignment for a 

formerly unapproved tranquilize or a previously showcased sedate. More than one support 

may get vagrant medication assignment for a similar medication for the equivalent 

uncommon ailment or condition. A medication with vagrant status appreciates selective 

endorsement and market selectiveness.
[23,24] 

 

CONCLUSION  

By observing the alarming situation of India As expressed over, 1983 flagged the significance 

of "vagrant medications" with the ODA in the US and later by Japan, EU, and Australia 

Following comparative strides, India ought to likewise energize its household pharmaceutical 

industry to get occupied with research to find drugs for uncommon illnesses by putting an 

"ODA" set up, expanding monetary help, charge exclusions and administrative concessions 

like littler and shorter clinical preliminaries, immediately. A nation should attempt to create 

significant medications to serve the entire world, contingent upon the R and D speculation, 

the arrival on such venture, the assessment, and patent impetuses, and its administrative 
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approaches. Understanding these focuses may prompt useful changes in our national 

reasoning and forestall. There is an irregularity in the level and nature of proof for affirmed 

vagrant medications. While some vagrant Secured drugs have shown proof of significant 

benefits, proof of adequacy is missing for a few others, and some are related with genuine 

undesirable unfriendly impacts. 

 

The vagrant medication assignments have expanded definitely over the most recent couple of 

years. Be that as it may, India regardless of having an extremely huge number of patients 

with uncommon illnesses which can turn into a gigantic market for household pharmaceutical 

organizations are lingering behind. The administration of India ought to thusly make 

enactment for guidelines of vagrant medications and give a few motivating forces to the 

pharmaceutical organizations which could profit the two patients and pharmaceutical 

enterprises. 

  

DECLARATIONS 

Funding: The current review did not receive any funding. 

  

Conflicts of Interest: The authors show no voids for controversy. 

 

Availability of data and material: Not applicable. 

 

Code availability: Not applicable. 

 

Ethics approval: Not applicable. 

 

Consent for Publication: All the authors have approved and reviewed the current 

manuscript for final publication. 

 

REFERENCE 

1. United States Food and Drug Administration. The Orphan Drug Regulations. Final rule, 

57 FR 62076 21 CFR Part 316: 1992. 

2. Office of Inspector General. United States Department of Health and Human Services. 

The Orphan Drug Act implementation and impact, 2001. 

3. Fischer A, Borensztein P, Roussel C. The European rare diseases therapeutic initiative. 

PLoS Med., 2005; 2: e243. 



Tanuj et al.                                                                    World Journal of Pharmaceutical Research 

www.wjpr.net      │     Vol 10, Issue 12, 2021.      │     ISO 9001:2015 Certified Journal      │ 637 

4. Ehre, C., Ridley, C. & Thornton, D. J. Cystic fibrosis: an inherited disease affecting 

mucin-producing organs. International Journal of Biochemical Cell Biology, 2014. 

5. Report on Orphan Drugs in the Pipeline – Presented by America's Biopharmaceutical 

Research Companies. Medicines in Development, (2013 Report) [Last accessed on 2017 

Sep 09]. 

6. Gopal MS. Need to Understand Rare Diseases: Kalam. The Hindu., 2015. [Last accessed 

on 2017 Aug 02]. Available from:  

7. Sharma A, Jacob A, Tandon M, Kumar D. Orphan drug: Development trends and 

strategies. J Pharm Bioallied Sci., 2010; 2: 290-9 

8. Sansom L. Evaluation and subsidy of orphan drugs in Australia. Health Technology 

Assessment International. Meeting. Ital J Public Health., 2005; 2: 87. Pharmaceutical 

Benefits Advisory Committee, Australia 

9. Asbury CH. The Orphan Drug Act. The first 7-years. JAMA., 1991; 265: 893–7.10- 

Available from: [last accessed on 2010 May 10] 

10. Stolk P, Willemen MJ, Leufkens HG. Rare essentials: Drugs for rare diseases as essential 

medicines. Bull World Health Organ., 2006; 84: 745–51. 

11. Singh, J. R., Singh, A. R. & Singh, A. R. Directory of Human Genetic Services in India 

2007. International Journal of Human Genetics, 2007; 10: 187–192. 

12. Brewer GJ. Fundamental problems lie ahead in the drug discovery and commercialization 

process: Restructuring of the pharmaceutical industry and an improved partnership with 

academia are required. J Investig Med., 2006; 54: 291–302. 

13. Seoane-Vazquez E, Schondelmeyer S, Szeinbach SL: Drug patent life and generic entry: 

Analysis of the new molecular entities approved by the FDA between 1980 and 1999. J of 

Pharmaceutical Finance, Econ and Policy, 2008; 16: 67-85. 

14. United States Food and Drug Administration: List of orphan designations and approvals, 

2008, May 16, 2008; (Accessed June 20, 2008). 

15. Reich, D., Thangaraj, K., Patterson, N., Price, A. L. & Singh, L. Reconstructing Indian 

population history. Nature, 2009; 461: 489–494. 

16. Gopal MS. Need to Understand Rare Diseases: Kalam. The Hindu [Last accessed on 2017 

Aug 02]. Available from, 2015.  

17. Waiver of Clinical Trial in Indian Population for Approval of New Drugs Regarding. 

CDSCO Notice. File No: 12-01/14-DC pt. 47 Jul 3, [Last accessed on 2017 Sep 22]. 

Available from, 2014.  



Tanuj et al.                                                                    World Journal of Pharmaceutical Research 

www.wjpr.net      │     Vol 10, Issue 12, 2021.      │     ISO 9001:2015 Certified Journal      │ 638 

18. Pharmaceuticals Export Promotion Council of India, [Last accessed on 2017 Sep 22]. 

Available from:  

19. The Indian Rare Disease Registry, ICMR, New Delhi, [Last accessed on 2017 Sep 22]. 

Available from:  

20. Saikiran Reddy D, Pramodkumar TM, Reddy Y, Sirisha K. Orphan regulations for orphan 

drug development in India. Asian J Pharm., 2014; 8: 130. [Google Scholar] 

21. Bhuyan A. Government Submits Rare Disease Policy to Delhi HC, Recommends Rs 100 

Crore for Genetic Diseases. The Wire [Last accessed on 2017 Sep 22]. Available from, 

2017.  

22. Villa S, Compagni A, Reich MR. Orphan drug legislation: Lessons for neglected tropical 

diseases. Int J Health Plann Manage, 2009; 24: 27–42.  

23. Cote T, Kelkar A, Xu K, Braun MM, Phillips MI. Orphan products: An emerging trend in 

drug approvals. Nat Rev Drug Discov., 2010; 9: 84. [PubMed] [Google Scholar] 

24. Thielke D, Thyssen JP, Hansen BJ. Orphan drugs--medications for patients with rare 

diseases. Ugeskr Laeger., 2006; 168: 2236–8. [PubMed] [Google Scholar]  

https://scholar.google.com/scholar_lookup?journal=Asian+J+Pharm&title=Orphan+regulations+for+orphan+drug+development+in+India&author=D+Saikiran+Reddy&author=TM+Pramodkumar&author=Y+Reddy&author=K+Sirisha&volume=8&publication_year=2014&pages=130&
https://www.ncbi.nlm.nih.gov/pubmed/20043031
https://scholar.google.com/scholar_lookup?journal=Nat+Rev+Drug+Discov&title=Orphan+products:+An+emerging+trend+in+drug+approvals&author=T+Cote&author=A+Kelkar&author=K+Xu&author=MM+Braun&author=MI+Phillips&volume=9&publication_year=2010&pages=84&pmid=20043031&
https://www.ncbi.nlm.nih.gov/pubmed/16768975
https://scholar.google.com/scholar_lookup?journal=Ugeskr+Laeger&title=Orphan+drugs--medications+for+patients+with+rare+diseases&author=D+Thielke&author=JP+Thyssen&author=BJ+Hansen&volume=168&publication_year=2006&pages=2236-8&pmid=16768975&

