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Challenges and Solutions of the Orphan Drug Issue


There are many aspects to view when considering the issue of orphan drugs. Orphan drugs have been defined as drugs unlikely to be manufactured by private industry unless special incentives are provided by others [3]. With companies having these incentives it is very hard to find funding for this type of research that can assist someone with rare diseases. This is not only seen in our country, but also others, especially in developing countries. Their dilemma is a different type of orphan drug, which is called a tropical disease. These tropical diseases are not being investigated enough, simply because the country is too poor to pay for the drug at a price that is profitable for the pharmaceutical company, which gives rise to what is called the neglected disease [3]. This is another issue that emerges from this interesting topic of simply helping people and benefiting financially for helping people. This poses as a problem and will be discussed in further detail. Other issues involving ethics are considered as well. The two principles or areas of ethics that are prevalent in this issue include utilitarianism as well as the principle of beneficence. Utilitarianism involves doing what will benefit the group or majority [3]. Obviously, these diseases are not the majority of our population and are extremely rare, but do we let someone die because they are not a part of the majority? This question arises and brings in the next principle of beneficence, which is ultimately doing what is morally good [3]. Most on this side of ethics focus primarily on the idea that these people need hope that there is a cure for their disease, as well as not facing abandonment by companies that only care to benefit from a person’s treatment. All of these issues just add to the ongoing struggle of this topic, which involves many challenges, help and hindrance of drug development, as well as many “oughts” or solutions that should be done when considering an issue such as this. 

When considering orphan drugs there are many challenges that emerge. These challenges include funding, a transition to clinical trials, and includes business aspects concerning whether or not there is a market that is worth investing in. The focuses when looking into disease included in the paper “Advocating, the clinical way”, include hefty risks and a low pay off, lacking treatment all together for a disease, and of course funding, which creates the business issues associated with orphan drugs such as attracting corporate and scientific interest all needed to support clinical trials [1].  Balancing a therapy’s benefits against the size of the market it can serve is an extremely challenging issue that many are faced with when dealing specifically with orphan drugs as well [1]. In almost all of the papers, the question remains as to whether or not it would make sense to fund such treatments that benefit a smaller number of patients with a disease common among the group, or to fund treatments for the majority. For example, the size of market for particular gene therapy, macular degeneration has a larger market and applicable to other disorders [1]. This is appealing to companies because not only does it affect people in the majority, but it can also lead to other advances in medicine if further researched. There is promise in this type of research and therefore deemed more important.  Many of the different papers all had this idea that it is not a good market for pharmaceutical companies, however the issue is still or should still be about helping those are were abandoned and are abandoned because of their rare form of a disease.

Another very widely discussed challenge when considering orphan drug research involves the bias for developed countries as well as the types of drugs to be developed. Once, again majority rules in the case of which sickness research should be further researched. This causes those of undeveloped countries that face disease not so common in developed countries to be abandoned [2].  Countries with money or people with money will benefit more and more likely to receive the treatment. One of the solutions discussed in the “Drug Development for Neglected Disease” paper, which included the idea that patients should pay for their treatment and with this idea, comes an unfairness to those who do not have the money for treatments that they need for their survival. This also poses as an unfair bias to the undeveloped countries in dire need for treatment. Drugs are influenced by this bias as well. For example, there’s a thirteen fold greater chance for a drug being brought to market for central nervous system disorders or cancer than for a neglected disease [2]. Since tropical diseases are not as common in the west, tropical diseases have become progressively neglected, mainly because they do not offer adequate financial proceeds for the pharmaceutical industry to engage in research and development [2]. Although there are sufficient research and knowledge of such diseases, there are no products being developed. In recent years, international organizations are concerned about the lack of research into new treatments for health problems that are most prominent in poor countries [3].   In 1998, more than 90 percent of the pharmaceutical production by value, and 97 percent of research and development activities occurred in developed countries [2].  Western regulatory authorities respond better to specific priority health needs and neglected diseases are not a priority in the West, therefore regulation is needed in countries where these diseases are endemic [2]. This continues the bias further for countries with money and their needs. 

Orphan drugs are hugely related to drug development however there are far more hindrances in this direction than there are advances simply due to the lack of funding for this type of research. However, there are a couple examples of advancements made in science when investigating orphan drugs. One example is the vast knowledge and advances in molecular biology and pathophysiology have been made which includes genome sequencing of the parasites that cause the majority of the tropical diseases being ignored [2]. Again, there is immense knowledge of these diseases but developing a product is the issue that mainly involves money. Another advance includes the study of homozygous familial hypercholsterolaemia, which led to the development of statins, a cholesterol lowing drug [3]. Although there were these great break throughs, many studies and therapy treatments involved with orphan drugs include gene therapy. Gene therapy causes another issue for orphan drugs. Gene therapy is still being considered it self and includes ethical issues as well. Gene therapy is also is tainted with deaths and complications so companies are leery about them [1]. Where there is risk, not many want to invest to save for other more promising ventures. As described from the “Drug Development for neglected diseases,” this is due to low market viability of these compounds. [2]. There is very low funding to save for more profitable projects in the pharmaceutical company’s perspective [2]. When deaths are an issue as well as many complications many of the companies are simply turned off from investing in a project that is so risky. 

There are many aspects to be considered when diving into the issue of orphan drugs when involving business incentives as well as ethical perspectives when it comes to funding these types of research endeavors. Again there is the utilitarian perspective that perhaps money should not be wasted on those who are not a part of the majority [3]. In “Global Medical Ethics”, the idea of investing considerable amounts of money and resources for rare conditions could be considered unethical from a utilitarian point of view, as it is not maximizing society’s benefits, and its opportunity cost in terms of benefits [3]. The people in the majority suffer from other ailments of importance such as cancer, which needs lots of funding for research as well. The Principle of beneficence seems to be the most humane because it involves what can be done to ease the patient’s mind instead of whether or not that person’s treatment can make companies money. With all of these aspects taken into account, solutions proposed involve establishing an international pharmaceutical policy for all neglected diseases, individual purchasing power, etc [2]. Other solutions incorporating public involvement include public-private partnerships, as well as a public policy [2]. The responsibilities of the public policy include prioritizing, deciding on choices, defining methodologies, and providing public funding [2]. All of these solutions are probable and the most realistic and humane thing to do is believe that these people need a chance at a normal life. They need people to invest in them because they are abandoned and will die otherwise. The principle beneficence is a good perspective when considering ethics because it tells the world that everyone has a right to life, and no one should have to pay for it. Including the public on this matter is crucial to take away power from these industries that only want to profit from this research. Although, it involved many other aspects to it, I honestly believe it is crucial for non-profit organizations to fund this type of research as well as include the public policy to make the right decisions. As seen in the papers, having this non-profit organization funding is extremely difficult and most do not wish to rely on private companies for funding such as the Multiple Myeloma Research Foundation [1]. They are not asking for any returns or gains for the research they find, however they still continue to rely on private entities, which the CEO is trying to break free from [1]. 

Overall, continuing in the path including the public as well as non-profit organizations seems to be the most promising. Although, this is a solution to end the money issue, which is a huge issue, the issue involved with human beings themselves is far greater. People are sick and dying because of company greed. It is time to remove the inhumane and unethical veil from their eyes and see others as human beings, in a struggle for hope and reassurance. After the launch of the US Orphan Drug Act in 1983, others passed laws to pursue research in order to create hope for those with rare diseases like Japan, Taiwan, Australia and the European Union [3]. All have passed laws to incite the pharmaceutical and biotechnological industries in favor of research on orphan drugs by providing tax breaks and market exclusivity [3]. After the United States initiated this Act then came the availability of grants, then tax credit for expenditures, which incurred during clinical testing, as well as evaluation for therapeutic potential [4]. So there is some advancement with this issue and hope has been brought to some. Money is still the most prevalent challenge of this issue, however Canada has created steps towards making a plan including tax incentives for R&D; market exclusivity for a specified period of time to be facilitate appropriate Return on Investment (ROI); Protocol assistance in the design and development of clinical trials for rare diseases and disease subgroups; expedited or review of drug submissions to both Health Canada and the Common Drug Review; drug plan coverage that are pre-planned with manufacturers but also with input from clinical experts and patient groups to assure appropriate costs and benefits and more[5]. Canada seems to have a plan that is considered to be learned from the best, and if it is in fact the best, we would be wise to adopt this plan, however it is up to industries in the U.S. to allow this, because although Canada has universal medical coverage for their citizens, we do not follow their example, but maybe for once we should.
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