 Background

Many believe that, with the publishing of the full sequence of the Human Genome and the rapid advances in the related area of proteomics,
 the world is entering a new era in medicine and in the development of pharmaceuticals. 

Knowing the genome gives us much greater insight not only into genetic abnormalities, but also into the disease-specific susceptibility of genes. We are now able to determine which genes are expressed or used in any particular situation and identify the “DNA sequences that confer susceptibility to a range of conditions that afflicts us as we age” (Doherty, 2001) – eg Alzheimers, cancer, arthritis (Doherty, 2001 and ABC, 2001).

Appendix A describes how this knowledge can lead to the development of drugs that are able to bypass a defective protein or protein pathway. Tracing the proteins involved in diseases is expected to lead to quicker and better diagnosis; more individualised and more effective drug treatment; considerably greater health benefits; and in the case of some now fatal diseases, the saving of lives. In some instances, the number of potential beneficiaries will be relatively small (eg leukaemia), and in others large (eg in the case of the degenerative diseases of ageing).

One example that has been widely reported in the media concerns the now PBS listed drug, Glivec. People with chronic myeloid leukaemia, who were expected to die because all traditional treatments had failed, had their blood virtually free of cancer, within months of going onto Glivec clinical trials. Although the longer term effects of that new drug are unknown, people previously bed-ridden reported being able to lead a normal life when taking Glivec. Successes have been reported in the media in a number of countries – for example by the Time Magazine (2001) in the US, and the ABC (2001) and The Age (2001) in Australia. ABC (2001) also reported that Glivec has also been found to be effective for patients suffering from until now an incurable very rare form of intestinal (connective tissue) cancer.

Professor Kirkwood (2001) considers that, recently, “science has made hitherto undreamed-of advances in human biology”. As a result, he expects a quantum increase in life expectancies, together with considerable improvements in quality of life patterns as new drugs able to ‘by-pass’ some of the degenerative processes of ageing are developed. The unexpectedly fast approaching gains in life expectancies and in quality of life patterns, together with the prospect of being able to keep people with previously fatal diseases alive, raise the question of whether Australia’s current, well tested and well regarded administrative systems will be equally effective in the new ‘biotech’ era. 

The emerging innovative drugs and therapies have the potential to deliver very positive health outcomes. For example, 50 out of 100 patients using Glivec respond positively, compared with up to 2 out of  100 with the old therapies. While the hitherto undreamed-of benefits of such drugs are welcome by all, the associated very high costs – perhaps an order of magnitude higher than the costs of most existing therapies – are generally viewed with caution.  

The current Pharmaceutical Benefits Scheme is under increasing pressure to fund new high cost biotechnology and other innovative targeted therapies for the prevention and treatment of previously unmanageable diseases.  In most cases, these therapies represent major advances in prevention and treatment, and potentially have a great impact on health outcomes – but often at historically high costs. Internationally, the issue of who will have access to such drugs, under what conditions and at what cost to patient/government, will need to be resolved in a way that is acceptable to the citizens of each particular country. In Australia, a recent survey suggested that people tend to place a very high priority on health issues and are willing to fund some of the costs of health services through their private savings (Irving Saulwick & Associates, 2001). However, regardless of the extent of private-funding, the new biotech-based therapies – if listed on the PBS – have the potential to increase considerably the already high growth rates of PBS expenditures. In 2000-01 government PBS expenditures increased by 20 per cent, and patient PBS expenditures by 14 per cent (DHAC, 2001). Stakeholders generally shared the view of the community and government that growth rates of that magnitude were unsustainable over the longer term. Writing in the Australian Journal of Hospital Pharmacy,  Professor Lloyd Sansom (2001), Chair of the Pharmaceutical Benefits Advisory Committee (PBAC), suggests that ‘the greatest challenge to the PBS is the availability of agents resulting from molecular design and the human genome project. We are already seeing the marketing of such drugs (e.g. Imatinib, Etanercept) at a cost which is generally much higher than we have previously seen for new agents. Further, the benefit of many of the newer anticancer drugs will be incremental resulting in extremely high and unfavourable cost effectiveness ratios, yet the community (and health professional) demand for these agents to be subsidised continues to grow’ (p257).  
However, a key feature that differentiates these new interventions from the traditional small molecules currently being listed on the PBS is that these high cost biotechnology, oncology and macromolecule solutions are ‘targeted’ therapies i.e. they are designed for use in a well defined targeted group of patients who have specific biological markers. It is this target group of patients who will respond and benefit most from therapy. Furthermore, older traditional therapies used in the treatment of cancer and autoimmune diseases are toxic chemotherapaeutic agents because they are not well targeted, hence their risk:benefit ratio is high compared with that for the new targeted therapies.  Clear criteria for patient eligibility for the new targeted therapies should thus be established to optimise health outcomes, accurately predict the budgetary implications to government if listed on the PBS as well as costs to patients and minimise opportunity for leakage. 

Although surrounded by media hype, the public debate over the PBAC’s recent recommendation to Government for PBS listing of Viagra
 is very timely and apt, as it raises and draws attention to some of the very real issues also confronting the stakeholders in high cost biotechnology drugs and other targeted therapies. As reported in the Weekend Australian (Editorial, January 19-20, 2002, p16) “… there is, [however], room for sensible discussion about the direction of a subsidised drug scheme that is imposing a sharply rising cost on society. In fact, the Viagra debate should be used as a stepping stone to a rational analysis of the PBS’s purpose, the criteria used to determine eligibility, the way the PBAC functions, and the cost Australian taxpayers can and should wear”. As reported by Steve Dow in the Sydney Morning Herald (Jan 26-27, 2002, p 11) “each acceptance or rejection is accompanied by questions: why this drug? Why not ours? Did the drug industry influence the decision? Did politics override good health policy?” Lloyd Sansom has stated that “the quality of the public debate about the PBS system and its future is appalling and must improve” (2001, p 257).  Sansom also states that “we should not be afraid to think of new ways and ideas to improve the system and to make it more able to meet the challenges which are ahead” (2001, p 257). This position paper aims to contribute to this improved and rational discussion of the future of the PBS.

The drugs and therapies that are the focus of the position paper are for commercial supply in Australia, with the companies wanting to supply through the market. These products therefore have been required to undergo pre-market assessment and have been approved (evaluated) by the TGA (Therapeutics Good Administration) for their safety and efficacy and are included on the Australian Register of Therapeutic Goods (ARTG).  Approval by the TGA is clearly an important part of the overall process of introducing new drugs into the Australian marketplace but this is not the focus of the position paper. Rather, it is concerned with the issue of government subsidisation of therapies, in particular, the processes related to PBS-listing. 

�  Proteomics concerns the end products of genes, the proteins.


� The Minister for Health and Ageing, Senator Kay Patterson, announced on 13th Februrary 2002 (DHA, Media Release) that the Federal Government would not approve the listing of Viagra on the PBS. The Government, and the PBAC, were concerned about the potential cost of listing Viagra.  Senator Patterson said “The Government has decided, given the increasing demands on the PBS, that funding for erectile dysfunction should not be a priority”.





