RDTF meeting 3 June 2005

Notes on the English ‘NSCAG’ system for rare disorders

1. The national system in England for planning and organising specialised

services for very rare disease is known as NSCAG (National specialist

commissioning advisory group).

2. Services for a set of about 32 diseases or treatments are specially funded and monitored (‘commissioned’). There is no global category of ‘rare disease’. Each case is considered separately. The full list and further details are at: 

http://www.advisorybodies.doh.gov.uk/NSCAG/ 

Criteria 

3. Diseases with a prevalence of 1 per 50,000 or fewer are considered eligible. The national caseload for these diseases can probably be provided in 5 hospitals or fewer in England – hence the need for planning at national level. Note that this is much rarer than the prevalence limit for ‘orphan drugs’. 

4. Examples include 

· the major organ transplants (heart, liver, lung and pancreas), 

· very rare cancers such as chorioncarcinoma and retinoblastoma, 

· genetic diseases such as severe combined immune deficiency 

· and the extremely severe end of some more common problems such as intestinal failure and craniofacial anomaly. 

Process

5. The practical steps we go through when we designate a service are as follows: 

a. Consultation – with the medical profession and with patient groups

b. develop service standards – mostly structure (e.g. staffing) and process (e.g. response times)

c. designation 

d. funding 

e. monitoring. 

6. We use five basic sets of quality monitoring for our national services: 

· Patient outcomes (e.g. survival); 

· Benchmarks (from the literature); 

· International peer review visits; 

· Patient satisfaction surveys; 

And because we have centralised the service geographically: 

· Mapping of access rates from remote areas. 

Problems and lessons 

7. It is essential to specify the service with absolute clarity. 'Chorioncarcinoma' or 'severe combined immune deficiency' are completely clear cut. You've either got it or you haven't; and if you have got every clinician in England knows to refer the patient to the national centres. But categories such as 'intestinal failure' and 'craniofacial anomaly' are ambiguous. In their severest forms, these disorders are extremely difficult to treat and need the highest level of expertise combined with enormous experience. But where to draw the line between patients who should be referred to an expert centre and patients who can be treated locally? 

8. For some services, particularly chronic disorders such as epidermolysis bullosa, we have not been able to agree outcome measures. It is good to ask clinicians very early in the process to specify how their expertise will benefit patient outcomes. Improvement in biomarkers or laboratory tests is not enough! 

9. We also find it very difficult to obtain comparative data from the literature. We monitor outcomes on all patients seen i.e. a consecutive annual series of 100% of the caseload. (For some categories risk adjustment is needed. For others the patient group is homogeneous enough to allow monitoring of the entire group.) Literature reports typically provide only partial and selective reporting. 

