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ABSTRACT

This paper deals with the organizational chang®enprovision of care for
rare diseases, and the creation of a new strucheeentre of reference for
rare diseases (CRMR). It aims to show that this peganization of care
introduces a new “authority” within the healthcarganizational structure,
by referring of the Transaction costs paradigm igscecognition of hybrid
forms. It tackles then several conditions this atitis has to fulfill in order
to complete CRMR missions and awaited results.
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1. Introduction

This article aims to characterize the “centre dénmence for rare diseases” (CRMR) and to ana-
lyse the undergone stakes in improving care foreptt with a rare disease. We identify the
CRMR as an organizational innovation and a hyboidnf involving concomitantly the settle-
ment of a labélby the French health authorities and the developroEnetworks committing

hospitals and outpatient services.

A CRMR is framed by a small group of very specetdizpractitioners of distinct organs, joined in
a multidisciplinary medical consultation, inter-pdal departments, and dedicated to a rare dis-

ease or a group of closely related rare diseases.

We focus on this new structure within the Frenchltheare system since rare diseases display
specificities and thereupon high difficulties iretprovision of care. CRMR moreover not only
reshaped a section of the French healthcare systginglso introduced a new authority within
the French healthcare system. Additionally, thellad an unprecedented organisational solution
in the field of healthcare in France, since neittagking in the quality of provided care, nor ori-
entation (an “arrowing”) in the medical trajectdbexisted previously. We explain the choices for
these institutional arrangements governing the ewdpn between specialized practitioners for

rare diseases.

Facing the richness of the object CRMR, we intanthis paper to focus on the notion of author-
ity which springs from the set up of CRMR, among Healthcare system. We question whether
the introduction of a new authority is better thha initial organization of provision of care: is

the new organisation of care through the creatfometworks is a good method? To what condi-

tions this organizational device would bring aboasts savings and more generally more effi-
ciency, which means also better quality in the mion of care for rare diseases? What mecha-
nisms could help to achieve these targets? Could geen as a solution to recommend for the

organization of care for all kind of diseases, uidachg non rare diseases?

! The concept of “label” refers in France to quatigytification by public authorities, and is as waliite similar to
collective trademark. We intend to use this definitover the analysis.

Z Medical trajectory corresponds to the itineranjdaled by the patient inside the different structuoé care. It is
“an arranged sequence of pathological episodesrelatied interactions with healthcare system”(Gréd§97).
Medical path corresponds to the “consolidation @fesal frequent or typical individual medical tretgries and
which may be susceptible of a model” (ibid).
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We show first that rare diseases specificities @iganfluence the set up of respective organiza-
tional devices facing the traditional French hezdtle system structure, and particularly the crea-
tion of a direction in the medical trajectory folled by patients, and of innovative institutional
arrangements between practitioners. Next, we résahe definition and features of hybrid forms
provided by Transaction costs economics, notaldyitiportance of the governance tools within
hybrids such as authority. Last we discuss the eginaf authority, encapsulated in this new gov-
ernance mode and the condition of its efficiencyiiaviding care for rare diseases, and we sug-
gest that CRMR may embody a model through its ne¢wdesign, which can be apply to the
whole French healthcare system, including for reoe diseases.

1. The adoption of an organisational change in thprovision of care for rare diseases

Because of the specificities of rare diseases,drréealthcare system, in its traditional scheme,
proved to be inefficient in the provision of cace them. A public health policy in 2004 has cre-

ated the CRMR, as a structure within the healthsgséem aiming to support this specific provi-

sion of care.

What is a rare disease?

As indicated by the generic term qualifying them@wer diseases are obviously defined by their
low prevalence. Those diseases attain few peopiepadng to the overall population, i.e. a
prevalence of less than 1 per 2 000 persons acgptdithe European norms, corresponding to
less than 30 000 persons concomitantly affectec lgyven rare disease in France (5% of the
French population). Further, the rarity degreetisné same for each disease: in France, about
fifty rare diseases affect a few thousand of peepleh, about five hundred other diseases affect a
few hundred of people, and thousands of rare déseasncern only ten or so people. Although
the occurrence of those diseases is weak, theyJesvege very numerous and very heterogene-
ous. Nowadays, more than 7 000 rare diseases hemre described around the world, and be-
tween 200 and 300 new rare diseases are newlyifiddrgach year. Because of their rarity, most

of physicians don’'t even know those diseases.

At the same time, they affect various organs, aamchelisease shows its own symptoms, and
there is also a great variety of clinical expressifor each disease; which means that they each
call for several competencies inherent to eachcedteorgan, and that a practitioner may be a

specialist of one rare disease or of a group ofetlerelated diseases. Diagnosis is declared



through several clinical and symptomatic additiasighs and it is often based on a multidiscipli-
nary advice.

Rare diseases are also defined by their seriousthessare life-threatening or chronically debili-
tating diseasésPatients then need a provision of continuous, card adapted treatment at each
step of the disease.

Finally, as they are complex and have usually atiercausé rare diseases require in-depth
competences, owned by few specialists, to estatiisidiagnosis and the follow-up. In the case
of gene mutation, for which no clinical case codve been observed up to then, knowledge has
still to be acquired. For most of those disease=getis no therapeutic solution, and obviously no
curative therapy.

These features of rare diseases generate probletablyin the institutional context of the
French healthcare system.

Organizational context and resulting problems conaming care for rare diseases

French healthcare system’s paragon remains eneapduly i) a highly compartmentalized exer-
cise of medicine according to specialities andcstmes that frame practitioners’ activities (divi-
sion of role between inpatient and outpatient sevifor example), ii) no gate-keeping for choos-

ing specialists iii) organs medicine.

The second characteristic of the healthcare systagnhave dramatic consequences for patients
in the case of rare diseases in connection witk déddénformation about those diseases: patients
are free to choose a practitioner inside or outsmipital, when expressing their primary demand
for diagnosis. This freedom is also valid for \esitpractitioners when expressing a secondary
demand, in order to have deeper investigationse@@ejl994). Yet, those diseases remain rela-
tively unknown among the medical world, both in pited and outpatient services, partly because
of the low frequency of clinical cases observationbus, the traditional care framework in

France isn’t able to answer efficiently to care dadhfor rare diseases because patients are im-

% Sources: European Commission, General DirectiorHialth, and French Minister for Health and Gafities:
http://ec.europa.eu/health/ph_threats/non_com/diseases_fr.htm,
http://www.sante.gouv.fr/htm/dossiers/maladies_gm@mmaire.htm

*They result from gene alteration that may run mfémily (even when they occurs belatedly in patiiée); or they
may be provoked by a new gene mutation. Sourcexchrblinister for Health (ibid).
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plicitly considered as experts of their own medicajectory. GPs or specialists are often chosen
by the patient on a geographical proximity critarid@hey probably can’t provide care for rare
diseases: seeking information about an unusual ®ymgisplayed by a patient might take a long
time and be subjected to shuttle back and fortivéen practitioners before its characterization.
Meeting the right specialist, in the right placelat the right moment (before the medical com-

plications appear) is thus a lottery.

De facto, rare diseases are behind a great difficalorientation at the start of medical trajec-
tory, in diagnosis, in settlement of adequate fellgp. The majority of practitioners often ignore
not only how to proceed to establish the diagndsis$,also to which practitioner they have to
address the patient, since competences requira@r®diseases remain owned by a small num-
ber of specialists respectively for each of theime Eurordiscare®2survey, about the delay be-
fore a diagnosis can be made for eight rare dise@asEurope (including France), showed that
25% of patients had to wait between 5 and 30 years early symptoms to confirmatory diag-
nosis of their disease. We call it on this accotidiggnostic nomadisnt’ Two studies led in
France (Godet, Hirtzlin, Costet 2001; Hirtzlin ¢t 2004) revealed that the number of medical
contacts, before the diagnosis may be found ouy, fvam a patient to another, and the length of
the medical trajectories followed by patients itenfinfluenced by the first doctor met on the
patient’s initiative. For instance, patients afégtby Marfan syndrome had in average 8 contacts
before being diagnosed (the median being 2 or BhvA-mentioned Eurordiscare 2 survey high-
lighted as well that before receiving a confirmgitdragnosis, 40% of patients first were misdi-

agnosed, which has given rise to medical intereastihat were useless, or even inadequate.

When none of the practitioners are able to produdmgnosis and the ad hoc care (which is most
often the case), the succession of consultationsrgées wastes in terms of time consuming and
medical acts, in addition to human costs: the leeiging of the delay preceding the follow-up

may have severe consequences on the patient [wognosis or be responsible for the disease’s

progression. To date, there isn’t any figure almuestimation of extra costs, either for the pa-

®Survey published in 2005. EURORDIS is a Europederiation of ill persons and active persons assooin the
field of rare diseases.

® B. Barataud defines “diagnosis nomadism” as “leeladiagnostics” as well as “wrong diagnostics”, &aud B.
« Cing mille maladies rares, le choc de la génétigepnstat, perspectives et possibilités d'éwvauti, Paris: Consell
Economique et Social; 2001.

5



tients or for community, relative to diagnosis naiisen; but those medical expenses are under
the Social Security charge

The first and third characteristics of the Frenelalthcare system stated above entail other out-
comes to the provision of care for rare diseasesrdimg to multiple competences they require.
In the context of a fragmented medical practiséiepts affected by a rare disease are cut into
pieces according to their symptoms and could halge fdiagnosis. For instance, a patient suffer-
ing respectively from eye trouble, heart diseas® @thopaedic problems, will be led to consult
separately the different physicians specializegaoh of these organs, as it is the case for non
rare diseases. Unfortunately this combination esa@k®larfan syndrome, which could be recog-
nized only through a multidisciplinary advice byallege of specialists of each concerned organ

and of the concerned rare dis€ase

Besides the diagnosis phase by “super specialigsients often need a multidisciplinary follow-
up performed by other types of medical or medictiadoprofessionals (for example, general
medicine, physiotherapy, psychiatry, orthopaedicslse social assistance), that also requires a
specific knowledge in comparison with “classicatigats”, for their practicing by themselves
without knowledge about rare diseases could bertiaga and even armful for patieht¥hough,
inpatient and outpatient services work separatehgreas rare diseases specialists are often taken
into hospitals, and although follow-up needs tcabkieved near patients home. Though, in the
course of medicine studies rare diseases are oatlved. Doctors have to specialize in a medical
discipline, which often corresponds to an orgaa system (heart, eye, skin, for instance), but as
some of them grant it, with respect to rare disgdbey are “like non-specialized because pa-
tients rarely come with specificit}”. Knowledge for each rare disease is hold by feecigfists
(whose speciality refers to an organ too) since khowledge is untitled to specific investments,

like observing a high critical number of patients,carrying out clinical trials and researches.

" Source : « Prise en charge des maladies rareslelarare du dispositif ALD : avis », rapport aneekaute
autorité de la santé, 2005. To our knowledge, tiemo further available study dealing with diageasomadim
costs that would have been carried out ever since.

® This information has been collected through anrifgsv with the coordinator of the Centre of refererfor the
Marfan Syndrome, Hbpital Ambroise Paré, APHP Bonkag

° A patient affected by myasthenia is reported toehaeen staying 8 years in psychiatric hospital.i¢ Thistake is
not uncommon, and so is abusive usage of psyahiddrnain”. (Ibid)

01bid. For most of their “classical” patients, neeas identified and codified.

6



Knowledge for rare diseases comes as a human ispasget in the sense of Williamson
(1991)" it is non-redeployable asset, since competenciea fare disease are hardly valuable

for frequent diseases since they are particularscaba general knowledtfe

Health care provision for rare diseases requiresdate a more anchored and legible marking-off
of specialists to reduce the information problend # discard speciality and structural fragmen-
tation, in order to favour a tight coordination Wweéen various complementary competences, for
the establishment of diagnosis and the medicalsactl follow-up, in order to mitigate the spe-

cific assets complementarity problem.
Public policy advocated organizational solution

Facing this two main identified problems, Frenchltieauthorities adopted the National Plan For
Rare Diseases in 2004, which instituted the CRMRMR are selected through annual competi-
tive calls for proposatd. Applications are exclusively opened to physicigrecticing in public
teaching hospital§, and are reviewed by the National Consultative Bpror Labellization
(CNCL)™ according to objective criteria based on mediahdsuch as the prevalence of the
disease, the state of the art in the knowledgéettbncerned rare disease). Nevertheless criteria
are obviously based on applicant team of practtisrcharacteristics, which enable to appreciate
their scientific excellence and their ability tocbhene the main correspondent for patient affected
by the rare disease they will be labelled for (@bservation of critical numbers of patients, re-
sults from carried-out program researches, padimp to clinical trials and publication of scien-
tific works on the concerned rare disease). Thecsedl teams of practitioners are awarded with

the label, embodied by the name “CRMR”, for one rdisease or a group of closely-related rare

1 As Williamson (1991) describes them, human speai§gets refer to experience effects hold by sorwesac

12 The knowledge dealing with human genes may helgetter understand some frequent diseases and droge
dedicated to a rare disease may be used for aamerdisease as well, but this obviously refersharmaceutical
sector and fundamental research rather than tacagiphs or consultations. For example, knowledgeua Neurofi-
bromatosis in the field of dermatology isn't vallefor acne, rash, sclerosis or squama.

13 Calls for proposals are ruled by decrees, cf.: DHIESS/2004 no245 du 27 mai 2004 relative & I'appptajets
aupres des centres hospitaliers universitairesuende I'obtention du label de « centre de référguore la prise en
charge de maladies rares ».

H«Centres hospitaliers universitaires” (CHU) in Fearare mandated to provide care services for patirt also to
train future doctors and to proceed to researchraros. They are publicly funded.

5The CNCL (Comité National Consultatif de Labellisatdes centres de reference de maladies raresdhiposed
of experts, patients’ representatives, and menmtfdesirned societies and relevant authorities.
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diseases, for an initial 5 years duration, whichiqekis sanctioned by an evaluation. Specific
funds are allocated to each CRMR over this perfmddate, 132 CRMR have been labelled re-
spectively in 2004, 2005 2006 and 2007. Those CRiRentrusted with five missiotis

To improve diagnosis access and define medicakaaidl follow-up of patients, through links of

carel7, and clinical pathways between them and othettihsatvices;

To improve care and follow-up of patients near rtin@ime by identifying geographical medical
correspondents scattered over the national teyfismdxrtCRMR especially coordinates its actions
with the other centres dealing with the same pathgles), organises links of care, care paths or
implements networks of care, it trains and infornesith professionals non specialized in rare
diseases; CRMR has then to develop tools to dissgminformation about the rare disease(s) it
deals with;

To involve in the improvement of knowledge and picss dealing with rare diseases: CRMR
disseminates follow-up protocols (in relation witte national health service for the reimburse-
ments of care costs), sets and diffuse good priofesspractices in connection with other na-
tional and international teams dealing with the salisease(s), and has to guide and coordinate
non-specialist professionals, who may be medicatamial actors, or else proximity hospital;
CRMR has to carry out research programs and epalegic observation, it has to support re-

search and clinical trials;

To develop coordination tools tying the variousoestand structures dealing with same disease
or group of diseases;

To give health authorities the means to managetthealicy concerning rare diseases, and to

work with patients associations in order to impletrsocial follow-up.

8 Source: National Plan for rare diseases, 2004;eéewith reference DHOS/DGS/2004 n0245 du 27 niédl)i
« Référentiel pour I'’évaluation des centres dereffée maladies rares », HAS, 2007 (the guide foMBRevalua-
tion).

17 By analogy with the definition given to the supmlain in Raynaud, Sauvée, Valceschini (2005), imithe
framework of the agro-food sector, as the set otsssive stages through which a product is passeché before
being sold, “links of care” may be seen as theo$sticcessive and related provision of care byiplelphysicians
(or more generally health professionals) treathmgdame patient, from the first visit of patienittopossible recov-
ery, and through technical, clinical, surgery acts.

8 A ministerial act of April 2007 officially instities the nomination of these correspondents, wHdweitlesignated
by CRMR and acknowledged by Health regional agen@&RH). They will be called “competency centrelsihks
between these structures and CRMR should be mareafahen.
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CRMR will be assessed through two devices respalgtafter three and five years. The first one
is an auto-evaluation led by CRMR thanks to a geldborated by the Health regulator including
12 criterions to assess the degree of achievenfieheé @bove-mentioned five missions. The sec-
ond one is an external audit led by health autiesritabel might then be taken away from its

holder, when the concerned team wouldn’t achieeanitssions they are entrusted with.

This French public health policy also inscribeshia framework of a European public health pro-
gram for rare diseases. To date, except France,dilier European countries “have officially
adopted the concept of centres of reference fer daeases within the context of a national pol-
icy regarding rare diseases: Bulgaria, Denmarky,|@pain and Swedel As noticed by the
DG Sanco of the European Commiséforthere are discrepancies between EU countrieben t
definition of rare diseases (in connection with fitevalence), in the process for selecting and
designating centres of reference (“Some countdke & national approach to the concept, while

others take a more regional oA’ and in the geographical distribution of cen{ses country.

The more recent concept of European network far déseases developed by the DG Sanco Task
Force for rare diseas@sntends to homogenize the definition of centreedérence for rare dis-
eases within the EU members. It aims besides tousage national centres of reference in work-
ing together rather than remaining isolated, fat fhatients could benefit from the latest results
of research including those springing from anotimember country, and that “expertise should

travel rather than patients themselds”

19 Source: “Centres of Reference for rare diseasé&umpe: State-of-the-art in 2006 and recommendstifrthe
Rare Diseases Task Force”, December 2006.

20 DG Sanco is the Health and Consumer Protection  clarate General:
http://ec.europa.eu/health/ph_threats/non_com/8amren.htm

2l1dem

22SANCO Rare Diseases Task Force (RDTF) was set ularimary 2004 by the European Commission's Public
Health Directorate and aims notably to advise asglsdthe European Commission Public Health Diratgoin
promoting the optimal prevention, diagnosis anattrent of rare diseases in Europe, in recognitiothe unique
added value to be gained for rare diseases thr&ugbpean co-ordination (source: http://www.rdtf/eegtor/cgi-
bin/OTmain.php). It is mandated to provide and dtgyve@ general concept for a European system ofeof refer-
ence, and furthermore not limited to the area o diseases.

23 Source: “Centres of Reference for rare diseasd&unope: State-of-the-art in 2006 and recommendsitifrthe
Rare Diseases Task Force”, December 2006.
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To better analyse CRMR, better understand the stltecare provision and organizational out-
comes in the healthcare system and to assessdhere results that may be expected from this

new device, we call on the organizational teacliom the Transactions costs theory.
2. The resort to transaction costs economics contitions to tackle CRMR

Transaction costs economics (TCE) recognises hybrids, as a class of governance mode sup-
porting exchanges between agents (Williamson 18&hard 1997, 2004a, 2004b, 2005), and to
which we identify CRMR. TCE paradigm is also heldfur its focussing on the need for a tight

coordination between agents when transacting —artiuis specific case transactions would refer
to the various stages in the provision of care larkd between them, for example the transfer of
patients between practitioners. This coordinatippears to be governed by an authority which
may be more or less strong and implies governaasts.cThe principle of “discreet alignment”

advocates that governance should be aligned otrghgaction characteristics so that costs could

be minimized.

The “Economics of hybrid forms”

CRMR appears like a hybrid, in its designation dsb&l and a network by health authorities and
in its functioning. Hybrids are defined by a compan to the two polar governance modes, firm
and market; hybrids “govern transactions involvingignificant dependency between assets that
are hold by autonomous entities, without justifyingegration within a firm” (Ménard 199%)
Although this definition rather fits to busines$ated or industrial sector (i.e. for profit area,
whereas in France hospitals are non-for profittiesdi, some features of hybrids exist in CRMR,
notably the fact that hybrids include multilateaatangements between two or more partners re-
maining independent, such as doctors or hospitathe case of CRMR, those arrangements co-
incide with the coordination tools they are supposeimplement, to tie relations with other nec-
essary professionals involving in the follow-uppatients. Those arrangements are expected to
favour information transfers between actors andlltmv coordination between complementary —
and here, human— assets, as these propertieskam@\dedged to hybrid forms (Ménard 2004a).
Hybrids features are encapsulated both in the kfelin the network aspect of the CRMR.

24Hybrid forms may take on different kind of desigoas, such as network, collective trademark, atiégrsubcon-
tracting, franchise, and so on (Ménard 2004a).
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Since label is likely the privilege of the agro-bdomain (Ménard 1996; Raynaud, Sauvée, Val-
ceschini 2005), it is a reputation mechanism sigiah quality level or characteristics of a good
or service. By attributing a label to teams of pitemers, health authorities wanted to clearly
identify specialists for each rare disease, ancemaer to identify specialists who may be consid-
ered as the best ones. It means that they targethof quality of care, which we may suppose
to be at a higher level than it is expected from phovision of care for non rare diseases, since
labelling procedure selection and assessment irecegented and more demanding than previ-
ous quality procedure in the healthcare systemliQus specified through norms in the provi-
sion of care, over the medical trajectory, and roouaincide with the achievement of the five
missions CRMR are mandated with. Norms are collelsti(i.e. for all CRMR and consequently
for rare diseases that benefit from the labellagtimplemented and enforced like for the agro-
food label. Like for agro-food label, the label CRMnvolves a third partyilgid) which in the
present case is entirely public, embodied by tl@theuthorities, and which monitor the labelled
team activities (as would be the farmer). Like pheducers making specific investments inherent
to the respect of norms and specifications of thadghey provide, CRMR have made such spe-
cific investments prior to the labellization (thkoae-mentioned specific assets, and what made
their reputation vis-a-vis health authorities) amtl do it further to the labelling in sharpening
their knowledge about rare diseases and in setttgdination tools between the various profes-
sionals dealing with the same diseases and patients

The network is often the special governance modse for R&D cooperations, in various sec-
tors of activity based on knowledge, like biotedogees (Powel, Koput, Smith-Doerr 1996;
Staropoli 1998). Actually, the required knowledge these activities is diverse and scattered
between different actors, as it is true for thev@ion of care for rare diseases. Confronting these
knowledge demands to create an interface whichlesta coordinate them.

Like the network, CRMR will be shaped by institutéd arrangements involving repeated and
stable contractual links between remaining autonrentities (Ménard 2004a). The contractual
aspect is encapsulated by the application propdbkaldabelled team has made, each member
inscribing his name in it: contract is concludedwsen the team and health authorities, but im-
plicitly, and above all, between the team membéhee Those entities, alluded in the aforesaid

missions of CRMR, may be identified and likely fiagnthe CRMR network:
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- A first interface of the network is the CRMR ifsghamely, the labelled team) which appears as
the core of a “great” and loose network (framedobhyer health professionals and which will be

tackled thereafter), as well as a small and tigittvork (in the sense of Thorelli analysis, 1986;

see also Staropoli 1998a, 1998b). This first iateefis constituted by different super-specialists
who are organized in a multidisciplinary consutiaf? to enable them to deliver a collegial ad-

vice on diagnosis and follow-up schedule; or wharshtheir practice (and practice time) and
pool their acquired knowleddfe Though, those specialists are taken in diffesemvices —with

respect to their respective speciality—, or evéierint hospitals.

- A second interface includes several types of neemim the “greater” network, including: 1) the
competency centres for rare diseases (which haee Imstituted by a decree and will soon be
nominated by CRMR) are the local correspondent€RMR, framed by inpatient specialists
identified by the CRMR as holding capabilities teat with the concerned rare disease within
local hospitals, notably because of their expegehiose competency centres for rare diseases
(CCRM) will be able to provide patients with mulidiplinary consultation so that patients spare
time and travel costs they would have to bear wbBMR would be the only one competent to
be consulted for the concerned rare dis€asad it is better for patients’ satisfaction thizy

can benefit from a follow-up near home. Moreovensdtation services capacity (in term of pa-

tients number) of a unique labelled team isn't isidht, in a context of chronically diseases.

%5 According to the experience of centres of referdocéarfan syndrome and for Neurofibromatosis cfiteoners
of CRMR (often prior to the labellization) have egd to consult patients together one or severa gay week.
This consultation concerns the rare disease theg haen labelled for, in which each practitionerbbfnecessary
specialties plays a part, and aims to make a dagmo to follow up previously-diagnosed patierdtkhough these
practitioners are taken into distinct hospitalsabteast distinct hospital departments, for thiastdtation they are
often induced to practice clinical examination ity of time and place, in order to avoid that pats have to come
out several times, and to allow a better efficien€an only consultation where practitioners magr@oorate their
results. After the consultation, practitioners betate about diagnosis and recommendations fantess. CRMR
coordinator takes decision about diagnosis andshiip other specialists of the multidisciplinarynsoltation to
formulate recommendations.

%6 For example the observation of a further patignote of these specialists may enrich the knowleddke whole

labelled team thanks to information transfer, sitiwe patient would display new clinical signs oagton, or since
the observation of a further clinical case wouldr@ase the statistics of a sign, allowing to eshlit as redundant
among patients suffering from the same diseases dfganizational solution advantage is to mutuadiequired

knowledge, which may be entered in a database,isshe case in the centre of reference for “Erobiy develop-

ment abnormality” of Robert Debré hospital in Pa@sher coordination tools have been considerel agcshared
medical file making a n easier medical trajectanythe patient, like in the centre of referenceNtarfan syndrome
in Boulogne.

?"Travel costs may also be borne by community sietmbursements are integrated in the social secprigram
for rare diseases.
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They also may take part in research programs andall trials led by CRMR: the more special-

ists available to observe patients affected byra disease, the more knowledge about it to be
acquired. 2) Other health or medico-social professis frame the care paths or links of care,
such as general practitioners, specialists of dgpaservices, but also physiotherapists, psy-
chologists, orthopaedists, social workers, for gy@mThese professionals hold complementary
competencies towards those hold by the CRMR an@€@MR, and are necessary for the follow-

up of patients, for treatments, adapted educaticspoial welfare. 3) European or even interna-
tional specialists of a concerned rare diseasalaceentitled to be correspondents for CRMR, to

transfer mutually their knowledge and to carry @search programs or clinical trials.

In both of the interfaces of the CRMR network, mensbremain also autonomous but share hu-
man assets and make common investments for cotiofintaols and a growing mutual knowl-
edge. Such network echoes to Kogut (2000) defmitibnetwork as the capacity to promote va-
riety, of goods and specialities, and to coordirsgtecific activities. In a sociological meaning,
network is defined as “a collection of specificatgns (for instance collaboration, help, advice,
monitoring or else influence) among a finite setacfors” (Lazega 1998). This underlines the
multiple possibilities of transfers or exchangest tach member may have with another, depend-
ing on his position and role within the network.ofélli (1986) argues on this purpose that net-
work may be tight or loose, according to the numiddeparticipants, to the intensity of relations
between actors, to the role of members in the whotwity of the network (whether it is a core
role or not) and of the type of interactions betwéee different positions of the members in the

network. Position in the network is also linkedhe power hold by a member.

Authority and coordination

TCE lays emphasis on the notion of coordinationclwiwe mentioned several times above. Co-
ordination is “a set of processes by which inijialistinct plans are brought to a condition of
compatibility” (Ménard 1994), as it would be thesedor care provided by several doctors deal-
ing with same patients and diseases. Ménard (20§ié3ses the role of information and com-
munication for a good coordination: hybrids aresgronotably to permit a better circulation of
information (with arrangements such as devices plat for partners how to share information,
with which communication feature, to which frequgnand how to stock it, etc.). What allows
coordination between actors actions is then thelamentation of institutional arrangements
which rule the conditions of partners for coopergt{Staropoli 1998b). In hybrid forms, rules are
13



implemented by an authority which may be compaoduketlth authorities implementing the mis-
sions and specifications of CRMR. Relying on thénitgon of authority, we identify either the
labelled team as holding authority within the natwof practitioners acting along the medical

trajectory.

Speaking about hybrids, authority is the “meanslleviate the lack of hierarchy which would
have influenced actions of each agent within aegrdted form, and would have decided in last
resort” (Ménard 1997). Authority within hybrids nmeges resources, takes decisions about ac-
tions to lead, rules the conditions of transachiegveen members (as the aforesaid conditions to
share information), and monitors member activitldsalth authorities carry out this last activity
of monitoring through the evaluation of CRMR and tfossibility the remove the label to a team.
The CRMR (embodied by the labeled team) rules thierss of other professionals acting in the
provision of care for rare diseases through thesions that it is mandated to: namely, i) the pro-
vision of protocols of care and the good practicesthe rare disease CRMR has been labeled
for, which will be spread among health professicarad social workers; ii) the division of task
and distribution of roles CRMR has to implementsstn health professionals; iii) the identifica-
tion of health professionals who work with CRMRdbgh a network, like the nomination of
CCMR. It isn’t uncommon to hybrid forms that autitybe delegated to a member of the agree-
ment (Ménard 1995) and it may be hold to the aad@glaying one of these three characteristics:
influence, trust and leadership (Ménard 1997). @ssiLazega (1998) underlines that actors con-
centrating a lot of resources are in a better osivithin a network to influence the setting of
rules. Resources here may be considered as thddagshold by CRMR teams.

The view of authority suits to practitioners siriceupposes symmetry of agents (Ménard 1995a),
notably with respect of decision making power, amtte there’s no hierarchy between practitio-

ners of inpatient and outpatient services.

Alignment principle and costs comparison

TCE conjectures that the choice of a mode of gamra supporting transactions —and a fortiori
provision— is guided by agents purpose of miningzaosts (Williamson 1985). It emphasises

that specificity of assets and uncertainty involuethe transaction strongly influence the level of
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these costs and, by the way, the choice for a ganee mode. Uncertairffymay be evoked by a
lack of information (it isn’t widely spread amonggple), complex or opaque information, or
else the difficulty to obtain information as ittise case for rare diseases. Typically, this kind of
undergone problem with information or assets spmiyifgives rise to important transaction
costs. In that sense, TCE advocates that governdraiee is “aligned” with the transaction at-
tributes which may arouse high governance cost€ &ns to show how to minimize those
costs (Williamson, 1991).

Common tool to allow assessing the advantage a@ivargance mode is to compare governance
costs of each organisational solution relativelyite benefits they bring about (Ménard 2005b).
Governance costs may be defined as costs undevgoretransacting: they may be for example
information costs, partner-seeking costs, actipinaning costs (i.e. how to forecast every situa-
tions and the actions to lead when facing eachatsim), monitoring and incentive costs (Wil-

liamson, Riordan 1985), which costs are increadmngjmay increase less quickly when transac-

tions are governed by hybrfdgacing with specific assets.

Referring to TCE, we could admit that CRMR are radid, organizing care provision through a
hybrid governance mode when facing informationeéssand asset specificity. Nevertheless, that
doesn’'t mean that CRMR are efficient to provideector rare disease. Efficiency depends on
how incentives to cooperate are implemented, sodiog transactions between practitioners
who are used to providing care individually. Inttkay, it depends on the degree of authority,
and credibility and acceptance thereof, that rtiesgovernance mode. Finally, it is linked to
costs of implementing these new structures, labélreetworks —the governance costs— relatively
to the ability of CRMR to lessen diagnosis nomadpoblem and to improve quality of care for
rare disease.

8 Uncertainty is often assimilated as environmentalentainty, dealing with institutions, market desifpr exam-
ple, and as behavioural uncertainty, dealing withastunistic nature of agents, as it is postulatethe TCE para-
digm. Such uncertainty isn’t relevant in the caprovision of care and notably when practicinghiitpublic hos-
pital, since appropriability hazards and opportomége mitigated by the medical deontology of ptaxiers

29 This assertion is usually done to compare hybrélatively to market and hierarchy, as alternativeegnance
modes. This comparison isn't relevant in these sefon the provision of care within the French heedire system,
since we can't qualify it as a market: notably,réhés no price system since a reimbursement of casés exists
through the Social security. Comparison is morevaht between a centralised or decentralized csgton of care.
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3. The introduction of a new authority within the healthcare system: conditions of a success

We qualify authority of CRMR within the healthcagstem as a new one since the introduction
of labeling reshapes the French healthcare orgamizaOn the one hand, the selection of teams
of practitioners of excellence breaks with the ittadal principles of recognition of the right to
practice medicine. The granting of for a qualitytiéeation with the label is a hitherto original
approach from the regulator in the field of healttrings about numerous outcomes on medi-
cine practice conception. CRMR label is based enaitknowledgement of a medical excellence
to a small number of practitioners. Theoreticathg right for practice of medicine is granted
through university education and based on the sgcitea specialization chosen by the future
doctor. On the other hand, labeling short-circthis principle for allocation of resources in the
framework of public health policy. CRMR is includeda hospital department, though it doesn't
meet any hospital compartmentalization definitidhis lack of “legal” definition of CRMR is
due to decompartmentalization involved by care isiown for rare diseases, but also to resources
allocation. By awarding a label, health authoritdlscate to CRMR human, financial, and mate-
rial resources (such as scanner, electrocardiogi@ninstance). This allocating method breaks
with the “Healthcare Regional Map” (SRG%)hat allows a hospital to acquire technical equip-
ment and to create jobs, in connection with neddhe patient attraction area (i.e. regarding

demographic and geographic data).

Besides, CRMR, and obviously its coordinator, hal$ discretion for the use of CRMR re-
sources. He also has full decision rights on CRM#&#y. This introduces interference in hospi-
tal hierarchy in which department chief traditidpalecides of the use of resources of its depart-
ment. Although CRMR is included in a departmertias its own resources, without the depart-
ment chief having any decision right on CRMR resedt. This new allocation principle re-
leases CRMR from the decision right of hospitakdior. In the traditional hospital organization
sketch, practitioners are constrained by hospdatiaistration objectives that plan resources al-

location by department. Administration is also ¢oaised by health authorities budgeting, and it

30 SROS (Schémas régionaux d’organisation sanitaieplafining health territories and graduate levetshealth
care which are based on proximity and specialigattds conceived as planning device which is sebfar creation,
extension or cancellation of a hospital.

%1 This analyse isn't of interest when CRMR coordinasoalso hospital department chief; but CRMR caratbr
may also be a hospital practitioner.
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may be reluctant to provide certain services analy command restrictions of medical activity
(Harris 1977

Finally, decompartmentalization of specialities amokpital structures, which is entailed by
CRMR, is equivalent to a lending of practitionestviieen hospitals or departments, since they
give medical time to CRMR to the “detriment” of thespital or department they are appointed
to. This breaks with traditional hospital organiaattoo. A survey carried out by Binst and
Schweyer (1995) reveals that staff reshuffle arahlbetween services are really difficult, even

when they would be rational in regard to activibnstraints.

This new way to tackle the organization of care rmagstitute a model, but it must achieve at
first some conditions of legitimacy of the new mgtion of a ranking among practitioners and

practice, and prove to be efficient.

Legitimacy of CRMR authority

One of the main conditions for a label to playrdke of signaling a quality level is the credilylit
of the label (Crespi, Marette 2005; Raynaud, SauVé&eschini 2005). Credibility can be con-

sidered through the evaluation procedure by authsriBut is it sufficient in the case of CRMR?

The labelling procedure intends to promote a nemp=tition between practitioners to take se-
lection process as credible: some professionalsriiblieen granted by the label, since they were
not considered as qualifying for the settled exxcrle criteria. As far as knowledge inherent to
each disease is hold by few practitioners, we magstion whether a competition for each dis-
ease actually exists. Moreover, since several CRMRe been labeled for a same group of
closely-related rare disead®sdid any competition principle preside over thbeléization of
those centres? Finally, will there be still othpeaalists who will be able to apply to the labelli
zation and challenge the team in position: notabll/those potential challengers be able to im-
prove their competencies and ability to deal withage disease, since they won't benefit from
resources in that purpose? Then will health autilesrbe able to find replacement solution?

32 About conflict between administrators and praatiéics, see Harris, 1977: hospital is seen has aleldiam, the
first one deals with medical staff provision, tleeend with administration offer; each has its owenagers, objec-
tives, price strategy and constraint.

$For instance, 7 centres of reference for “Embryatgicelopment abnormality” have been labelled.
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The leadership of CRMR should also be acknowledyedther practitioners: they have to agree
to follow recommendations expressed by CRMR, ancbtaply with the role they will be attrib-
uted by CRMR. This aspect would be made credibleefmmple by the reimbursement regime
that health authorities could set up (and they leteally planned to implement such a system),
since care could be reimbursed only when they iimsdén the CRMR sketch. Though, the rank-
ing of quality of care implied by the labelling éms up “corporatism”. Other practitioners, and in
particular other specialists of rare diseases, nedit motivated to participate in the results of
this public policy, and to allow performance. CRMRould then implement organizational moti-
vations (Ménard 2004) involving necessary professi® in the medical and social path. At the
same time, CRMR authority is the means to manageurees and reallocate them within the
network and to take decisions. The question is whicisions will be taken —and will have to be
taken, in order to permit performance—: this queshtlso raises the issue of a centralization or
decentralization of decision-making within the netkwof practitioners. French authorities seem

rather to advocate centralization by attributingprgces only to CRMR.
Performance

Performance in healthcare targets both the minitoizaof care provision costs and the maximi-
zation of quality of care (which is called “techalicefficiency”, Hirtlzin 1999). Indicators for
quality have been developed for health sector,fandssing on inpatient services, they deal in
part with the improvement of patients satisfactidw, accessibility to services in terms of delays,
the respect of good practices.

CRMR will be assessed on these criterions, andcpéatly access to care for patients is one of

the main goals to achieve in order to avoid thialpibf diagnosis nomadism. The label intends to

make the competencies of practitioners for rareatiss more legible and to have medical trajec
tories of patients be more homogeneous. Howevsrishagain challenging, since we may sug-
gest that GP or outpatient specialists, in sucle\acd, won't be able to know better where to
address patients, when facing to an unusual clisiga, if they don’t know the disease and the
sign. Orientation at the beginning of the medicajectory might remain problematic. CRMR

being may be more efficient after the diagnosisthefore, because CRMR might be unable to

have patients with a rare disease be systematicdlibyved up by adequate structures.
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Centralization of decisions and resources by CRME appear to be inefficient with respect to
the medical actions before the diagnosis. Deceratadn, like regionalization (i.e. a multi-

competencies platform enabled to take in patientis &l kind of rare diseases, and to reorient
them to the competent more specialized centre) dvthen be a solution to be compared to the

organization with CRMR.

According to economic performance of CRMR, costh be arisen: the costs of implementing
CRMR (40 million euros have been allocated to #tesment of CRMR over the four labelliza-
tion periods), the costs of building networks amdnglementing coordination tools (which also
may be time consuming and time which isn’t devdtednedical activities). At the same time,
care provision costs should be reduced, notablgvniding redundancy or uselessness or else
conterproductivity in medical acts. Authority shduleduce information costs and accelerates
decision-making (Ménard 1994, 2004b). Network stiduiing increasing informational yields.
These costs (and the former may be assimilateatéonial governance costs) will be compared to
costs undergone through the previous sketch ofangsion, as TCE method suggests it, that is
to say for instance, cost of seeking adequate thgattfessionals, costs of diagnosis homadism
(this latter costs could be assess regarding tereince in length of medical trajectory and in

number of medical contacts before the diagnosis).

The CRMR as a model of organization?

If the device settled by this public health polaghieves performance in quality and costs, it will
prove to be efficient for the provision of care fare diseases. As this device appears like a re-
form in the provision of care and in a context ebdte about how to decrease health costs, we
may ask whether CRMR would represent a model crdegtion of care for non rare diseases,
particularly on purpose to rationalize health costsd then to improve technical efficiency as

well.

Indeed, a speethaddressed by the French Health Secretary in 20@&ated that the costs of
medical acts redundancy raise 1,5 M€ —corresponiirih% of medical acts and representing

13,6% or so of the French health budget—, which beagonsidered as wastes for community and

% This speech aimed to provide about “personal médiies, which device has been set up in order tmidish
redundant acts costs.
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is linked to all kind of diseases, including nomeraiseases. Those costs may notably be due to
the lack of coordination between practitionersia@ts with a same patient for example or con-
cerning the knowledge sharing: this is particularhe for aged patients who are followed-up by
several practitioners, or more generally for pasesuffering from chronic diseases calling for a

multidisciplinary follow-up, or else for very conmgX{ diseases.

Additionally, in a costs rationalization and qualdutlook, previous studies, dealing with non

rare diseases, have already shown evidence thettex boordination between healthcare system
actors would be necessary to allow important sgarithey have underlined the need for care
provision within the framework of a structured aswbrdinated network emphasizing the impor-

tance of practitioners tasks complementarity whemating a same patient (Binst, Schweyer
1995).

A report® states that “care supply suffers from importantif@scompartmentalizations, particu-
larly regarding relationship between outpatienviees and hospital”, and highlights the need for
a better repartition of tasks between hospitalsl@tdieen different structures of care, including
outpatient services (GP, nurses, etc.) either. Tilgghenation bothers the global and coherent
approach of the patient. But it is also a sourcexdfa costs, since there is a bad using of the
healthcare system: hospital does acts which coellddme by the GP to less expensive costs, GP
does paramedical acts which could be done by qiledessionals, or else nurse does acts which
could be done by auxiliary nurse. A better disttidnu of tasks, resources and follow-up could
save money and improve quality of care, which cdddoossible by the implementation of net-
works of care of outpatient and inpatient servi@milarly, another fact of healthcare overusing
revealed in the same report is convincing: “whenmerban a thousand hospitals of any size and
without coordination provide emergency servicespiving each night ten persons on duty in
each entity, whereas we count less than four handrgent surgery acts a night in France, we
measure the waste of medical staff who could bel@red in another way with a better effi-
ciency. In addition to financial aspect, this sitoa raises also a health security issue, sinceund
a number of annual surgery acts it is proved thairgeon loses his technical capacities and may
be able of less performance or even become harnihls implies a differenciation of hospitals

and a sharing of technical equipment and of niglatrd.

% Conseil économique et social : « L'Hopital Pubticeance : Bilan et Perspectives », Eric Molini@)2
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It is mainly the organization of CRMR in a netwatksign which enables to develop coordina-
tion between practitioners involved over the medigectory and that could create a paragon,
for other non rare diseases either. One of thenality —in comparison with other design of net-

work of care— of CRMR lies in the obligation foraptitioners to form networks and to shape it
with strong coordination tools (that we may imagasbeing rules for information and knowl-

edge transmission, meetings, consultations, dtwse obligations are inscribed by the health
regulator in the five-year duration contract gragtthe label and CRMR will be evaluated to
know if and to what extent these missions have loeempleted. The completion of those obliga-

tions conditions also CRMR funding.

Networks in the healthcare sector have already lee@erienced before CRMR in France, as
being introduced in the legal framework: for ingtarndospital Laws in 1991 and a decree in 1996
incite hospitals and practitioners to contract vattth other and build networks of care (Hirtzlin
1999; de Pouvourville 2003). Nevertheless thesal ldgvices are left totally to the discretion and
initiative of practitioners, which explain that fesf them got involved in such designs. In 2001,
five years after the introduction of the law deglinith hospitals “targets and means contracts”,
and providing hospitals with devices to concludamgements with other health entities (hospi-
tals or outpatient services), only 33% of hospitlgaged in such “targets and means contracts”,

of which only 40% involved in outside cooperatioreghanisms (Gottsmann 2001).

Some networks have been constituted notably to enewthe needs formulated by HIV patients,
cancer patients or aged patients, who typicallydn&e punctual curative intervention, but a set
of medical acts in continuity. However a reportnfrdiealth authoriti€§ stressed that coordina-
tion (and we assume it as “authority”, in the sensehave defined above for CRMR, or else as a
more formal coordination) in those networks isniffigient: “in numerous cases coordination is
reduced to the only follow-up and data collectieaving each member in a relative isolation for
lack of interactions and links”; “for numerous netks, coordination and management features
are often badly defined and under-estimated whepgring the project of network, which give
then rise to functioning difficulties”. This exphathat they can’t plainly benefit from the network

features: notably, gathering of individual competes in a collective competence, and closer

% ANAES (Agence nationale de I'accréditation et d@iaation en santé), today named HAS (Haute autdetéa
santé) : « Evaluation des réseaux de soins, biafiedistant et cadre méthodologique », D. LE BOEW¥F Y.
MATILLON, et C. LACHENAYE-LLANAS, 2001.
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and more extensive cooperation. Moreover, thesganks have generally a regional characteris-
tic when a national logic would be more relevanteimedical guidelines and expertise could be
expressed by specialists of a disease and cirdutatdoctors, and since allocation of resources
and tasks should be organized over the nationdams, to guaranty to the patient the same qual-
ity of care and of coordination in every region. atdded value carried by the concept of CRMR
is that they haven’t got the choice whether or tooimplement networks and strong devices of
coordination: it is their task specified in a caatrand they are created in that purpose and moni-

tored directly by central health authorities.

In that viewpoint, the European Commission's Raseate Task force, mandated to provide and
develop a general concept for a European systerarifes of reference, is not limited to the area
of rare diseases. The working group chose rareaskse“as a starting point” but also aimed to
“develop a general concept for European systenenfres of referencé”. Such networks could
be recommended specially for diseases involvingexific knowledge, complications, chronic

characteristic or several specialists.
4. Conclusions

These first thoughts about what could be conditiohsuccess for CRMR governance for the
provision of care for rare diseases draw up a reBesgenda. Next step will be to analyse indi-
vidually CRMR, and to set a typology of network ides, in connection with notably centraliza-
tion or decentralization of decision-making, foriethwe have here assumed that strong author-
ity within the network design should bring morei@éncy (in costs and quality). The analysis of
patients viewpoint with respect to the criterionimiproving their satisfaction, their follow-up
and their delay to be diagnosed should be carnigdio order to balance this aspect of the per-
formance of CRMR, with the type of organization pial by CRMR. Finally centralization of
resources and decision-making allocation need tcobgared with other European (among oth-

ers) health policies for rare diseases.

37 European Commission, High level group on healtlvises and medical care, Executive summary, Novembe
2005
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