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BANDO MALATTIE RARE - AREA B

New tools for molecular medicine . Universita di
13 | REDE25% |in Facioscapulohumeral muscular Ma/'frt;': 5 | Modena e Reggio 451.220,00 | 243.000,00 96070 78
dystrophy (FSHD) Emilia
Reduction of the transfusion
schedule and therapeutic plan in A.O.U. Policlinico
RF-null-2008- |patients affected by beta- Malattie rare T o
14 1273455 thalassemia major following Area B GMMaljtlno 1.088.546,00 | 800.000,00 80000 76,33
supplementation of curcumin and essina
resveratrol
A Randomised controlled trial of
RF-ICH-2008- oral Cyclosporin A for Chronic Malattie rare
15 1244056 Inflammatory Demyelinating A B HUMANITAS 509.000,00 509.000,00 0 76
Polyradiculoneuropathy (RCC rea
Trial)
Prognostic value of anti-ADAMTS
13 autoantibodies characteristic : o
. Istituto di Ricerche
RF-null-2008- |(lg isotype and titer) as a Malattie rare .
16 1224813 biomarker of refractory TTP to Area B FaI(Ama_co'I\loglche 182.700,00 131.250,00 0 75,67
standard therapy with high risk of ario Negri
relapses
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BANDO MALATTIE RARE - AREA B

- e MINISTRY FINAL Ministry Confinancing Eval
Rank Code Title Area Institution Total fund
BUDGET Request fund fund Average
EVALUATION OF THE RISK-
BENEFIT PROFILE OF
THERAPEUTIC DRUGS (IVIG FIMP
RF-null-2008- |ASA AND STEROIDS ) FOR THE| Malattie rare (FEDERAZIONE
7 1200956 TREATMENT OF CHILDREN Area B ITALIANA MEDICI 530.000,00 390.000,00 0 75,33
WITH TYPICAL, ATYPICAL AND PEDIATRI)
INCOMPLETE FORM OF
KAWASAKI DISEASE.
Phase 2/3, 12-month, multicenter,
intrasubject-controlled
(retrospective-prospective), open-
label, active-treatment study to ; PP
’ i . Universita di Pisa -
18 RF-null-2008- 9vz?lgate the efficacy ar\d safety of| Malattie rare Dipartimento di 1,649.000,00 | 1.425.000,00 0 75.33
1298120 infliximab vs cyclosporine for the Area B o
treatment of active eye Medicina Interna
involvement in Behget s disease
followed by 12-month study
extension
Identification of biomarkers useful Uni\./ersité'di Siena
to find the therapy and the timing Sezione di Malattie
o _ |to lung transplant by proteomic . Respiratorie
19 RF12;LI)?)2(;)‘:)8 approach in patients with Ma/'f‘“'e éare Dipartimento di 420.000,00 | 400.000,00 0 75
idiopathic pulmonary fibrosis and rea Medicina Clinica e
pulmonary Langerhans cell Scienze
histiocytosis Immunologiche
MANDIBULAR PROGNATHISM:
PILOT STUDY AND .
20 RF{QZ'(')';;);)S' MOLECULAR GENETIC. Ma/'f‘tt'e e Campania 396.873,00 | 150.000,00 10000 74,33
EVIDENCE FOR LINKAGE OF rea
FAMILIES IN SOUTH ITALY
Peritoneal Mesothelioma: a .
21 | RN 2008 |mutimodality treatment based on Ma/'f‘“'e ware 'ST'T“UAT&LL(;MOR' 1.363.300,00 | 648.300,00 100000 73,67
traslational research rea
Universita di Siena -
Therapy of cerebrotendinous Dipartimento
o _ |xanthomatosis (CTX): evaluation . .
22 | REDUEI9" o the efficacy of Ma/'f‘tt'e b N Sc'fnz.eh 244.000,00 | 72.000,00 0 73,33
chenodeoxycholic acid and rea euro.oglcl e
potential new strategies Neurochirurgiche e
del Comportamento
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BANDO MALATTIE RARE - AREA B

Rank

Code

Title

Area

Institution

MINISTRY FINAL
BUDGET

Total fund

Ministry
Request fund

Confinancing
fund

Eval
Average

23

RF-null-2008-
1249831

Identification of new potential
therapeutic targets to overcome
resistance to tyrosine kinase
inhibitors in Chronic Myeloid
Leukemia

Malattie rare
Area B

Universita degli
Studi di Torino

696.804,00

348.402,00

72

24

RF-1SS-2008-
1268545

ELIOS STUDY: A MULTI-
CENTRE DOUBLE-BLIND,
RANDOMIZED CLINICAL TRIAL
ON THE EFFECT OF THE
COMBINED USE OF LITHIUM
AND RILUZOLE IN SUBJECTS
WITH AMYOTROPHIC LATERAL
SCLEROSIS (ALS)

Malattie rare
Area B

Istituto Superiore di
Sanita’

961.610,00

626.000,00

350000

72

25

RF-null-2008-
1204853

Biomarker-targeted therapy of
Acute Myeloblastic Leukemia of
elderly and unfit patients

Malattie rare
Area B

Universita degli
Studi di Bologna

340.000,00

230.000,00

71,33

26

RF-ABR-2008-
1226845

Molecular genetics of
paragangliomas of the skull base

Malattie rare
Area B

Universita' degli
Studi di G.
d'Annunzio Chieti
Pescara

650.591,00

365.000,00

15800

71,33

27

RF-null-2008-
1255916

Identification of new prognostic
and predictive biomarkers for the
outcome of IVIg therapy in
patients with chronic inflammatory
demyelinating polyneuropathy .

Malattie rare
Area B

SCAN onlus (Studio
e cura autoimmunita
neuropsichiatrica)

856.200,00

235.000,00

71,33

28

RF-FSR-2008-
1220367

A prospective, open-label, single-
arm, phase |l clinical trial of
infliximab in patients with Erdheim
Chester disease: assessment of
efficacy/safety profile and new
insights on pathogenesis

Malattie rare
Area B

SAN RAFFAELE
MONTE TABOR

460.000,00

460.000,00

71

29

RF-null-2008-
1276312

ALTERNATING HEMIPLEGIA OF
CHILDHOOD: A
NEUROLOGICAL, COGNITIVE,
NEUROPHYSIOLOGICAL AND
MAGNETIC RESONANCE
IMAGING WITH
SPECTROSCOPY STUDY IN A
CONVENTIONAL TREATMENT
NON RESPONDING GROUP OF
PATIENTS

Malattie rare
Area B

A.l.S.EA Onlus

438.950,00

225.200,00

20000

70,33
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30

RF-PSM-2008-
1209186

A Pilot study of inhaled alpha1-
antitrypsin in alpha1-antitrypsin
deficiency associated pulmonary
emphysema

Malattie rare
Area B

SAN MATTEO

622.500,00

419.500,00

15000

70

31

RF-INN-2008-
1200641

Clinical, physiological and genetic
correlates in patients with primary
dystonia treated with deep brain
stimulation or botulinum toxin

Malattie rare
Area B

CARLO BESTA

815.320,00

490.920,00

69,67

32

RF-ICH-2008-
1205238

Osteopetrosis: molecular
diagnosis for the identification and
treatment of patients who do not
respond to standard
hematopoietic stem cell
transplantation

Malattie rare
Area B

HUMANITAS

570.000,00

410.000,00

10000

69

33

RF-null-2008-
1278058

RISKS/BENEFITS PROFILE OF
INTRAVITREAL
ANTIANGIOGENIC TREATMENT
OF CHOROIDAL
NEOVASCULARIZATION IN
PATIENTS AFFECTED BY
PSEUDOXANTHOMA
ELASTICUM

Malattie rare
Area B

Universita degli
Studi di Firenze

400.000,00

400.000,00

50000

69

34

RF-10G-2008-
1234947

EFFECTS OF
ANTIENDOTHELIN-1 THERAPY
IN PATIENTS WITH SYSTEMIC
SCLEROSIS: EVALUATION OF
CHANGES IN
CARDIOVASCULAR
INVOLVEMENT BY MEANS
ANALYSIS OF CFR, ADMA AND
IMT

Malattie rare
Area B

GALEAZZI

470.700,00

408.500,00

68

35

RF-null-2008-
1227769

Long-term effects of an intensified
treatment with Ace-inhibitors,
Angiotensin Il Receptor
Antagonists and Statins in Alport
Syndrome

Malattie rare
Area B

Istituto di Ricerche
Farmacologiche
Mario Negri

157.290,00

119.490,00

67,67

36

RF-INT-2008-
1214673

Standard vs histotype-tailored
neoadjuvant chemotherapy for
localized adult type high-risk soft
tissue sarcoma of the extremities
and superficial trunk

Malattie rare
Area B

ISTITUTO TUMORI
MILANO

831.165,00

337.700,00

67,33
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BANDO MALATTIE RARE - AREA B

Rank

Code
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Area
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MINISTRY FINAL
BUDGET

Total fund

Ministry
Request fund
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37

RF-null-2008-
1283807

INSTITUTION OF THE
NATIONAL RARE BONE
DISEASE NETWORK

Malattie rare
Area B

FORUM IN BONE
AND MINERAL
RESEARCH

326.000,00

146.500,00

3000

67,33

38

RF-PSM-2008-
1198967

Thrombopoietic agents for
inherited thrombocytopenias

Malattie rare
Area B

SAN MATTEO

542.080,00

425.000,00

67

39

RF-null-2008-
1248503

TACKLING COMORSBIDITIES
AND EARLY MORTALITY IN
ADULT PRADER-WILLI
SYNDROME. EFFECT OF
BARIATRIC SURGERY, NOVEL
ANTIDIABETIC TREATMENTS
AND DISEASE-SPECIFIC
RESIDENTIAL REHABILITATION
CYCLES

Malattie rare
Area B

Universita di
Padova, Dip. di
Scienze Mediche e
Chirurgiche

550.000,00

395.000,00

4000

66,67

40

RF-null-2008-
1290847

EARLY ASSESSMENT OF
EMERGING ORPHAN DRUGS

Malattie rare
Area B

Azienda ULSS 20 di
Verona

404.350,00

280.000,00

66,33

41

RF-INN-2008-
1242188

SAFETY AND EFFICACY OF
ERYTHROPOIETIN IN
AMYOTROPHIC LATERAL
SCLEROSIS: A RANDOMIZED,
PLACEBO-CONTROLLED
CLINICAL TRIAL

Malattie rare
Area B

CARLO BESTA

1.656.660,00

746.470,00

641600

65,33

42

RF-ASR-2008-
1296588

MATURITY ONSET DIABETES
OF THE YOUNG (MODY):
EVALUATION OF PLASMA
OXIDANT/ANTIOXIDANT
STATUS AS PREDICTOR OF
COMPLICATIONS. A
COMPARATIVE STUDY WITH
TYPE 1 AND TYPE 2 DIABETES.

Malattie rare
Area B

Agenzia per i Servizi
Sanitari Regionali

317.600,00

317.600,00

65,33

43

RF-null-2008-
1200328

Pirfenidone and Sirolimus in
treating patients with spinal
neurofibromatosis and multiple
neurofibromas that can not be
operated: a phase Il clinical trial
and molecular study of the drug's
effects on the neurofibromin
related proteins

Malattie rare
Area B

Consiglio Nazionale
delle Ricerche (ISN)

794.143,00

433.786,00

65

44

RF-null-2008-
1206947

Effects of tetrahydrobiopterin (6R-
BH4) on coronary and peripheral
microcirculatory function in
CADASIL patients: a randomised
controlled trial

Malattie rare
Area B

Istituto di Fisiologia
Clinica CNR - Pisa

482.729,00

274.762,00

65
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BANDO MALATTIE RARE - AREA B

. o MINISTRY FINAL Ministry Confinancing Eval
Rank Code Title Area Institution BUDGET Total fund Requestfund fund Average
Pharmacological and no AIR
o _|pharmacological treatment of .
45 | REDUM2008 |opiepsy in Rett Syndrome: Maiattie Tare | Ao SO o 352.200,00 | 200.200,00 10000 65
evaluation of efficacy related to rea
phenotype/genotype. ONLUS
BIOCHEMICAL AND
MOLECULAR CORRELATES
RE-null-2008- FOR THE EVALUATION OF THE Malattie rare Dipartimento di
46 1200160 PROTECTIVE EFFECTS OF Area B Neuroscienze, 980.200,00 534.200,00 0 64,33
LITHIUM SALTS IN Universita di Pisa
AMYOTROPHIC LATERAL
SCLEROSIS
High dose ursodeoxycholic acid
— _ |therapy for the treatment of . Universita degli
a7 | REDUEZ008 |scierosing cholangits in children: Ma/'f‘tt'e 2| studi di Napol 630.000,00 | 438.000,00 0 64
impact on liver function tests and rea Federico Il
short-term outcome.
Early diagnosis and prognostic
definition of Renal Vasculites : s
I . Universita di
4g | REDUNZ006- |using integrated platiorms of Malattie rare | ) 1ena e Reggio 858.983,40 | 545.000,00 218600 63,67
mass spectrometry protein Area B -
profiling and autoantibodies Emilia
immunoprofiling.
Non pharmacological therapeutic
RF-INM-2008- |options in patients with Tuberous | Malattie rare
49 1214254 Sclerosis Complex and drug Area B MONDINO 529.000,00 330.000,00 0 62,67
resistant epilepsy
RF-ASR-2008- |Second line therapy of patients Malattie rare L
50 1259376 with severe aplastic anemia Area B Liguria 174.000,00 174.000,00 50000 62,67
RF-CAM-2008- [Mesenchymal stem cells for acute| Malattie rare .
51 1254423 liver failure Area B Campania 290.000,00 290.000,00 0 62,33
— | Thrombin inhibitors therapy in . Universita di
52 | REDUZ098 | oatients with delay-onset heparin- Ma/'f‘tt'e 2 | Modena e Reggio 501.470,15 | 415.000,00 0 61,67
induced thrombocytopenia rea Emilia
An open label, single arm, phase
RF-INT-2008- |ll study of Pemetrexed (Alimta®) | Malattie rare | ISTITUTO TUMORI
53 1216654 in patients with advanced Area B MILANO 1.166.500,00 | 532.750,00 100000 61,67
endocrine tumors
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Area
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MINISTRY FINAL
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54

RF-null-2008-
1206046

IDENTIFICATION OF HIGH-RISK
B-CELL CHRONIC
LYMPHOCYTIC LEUKEMIA
PATIENTS BASED ON NOVEL
MOLECULAR AND
COMPUTATIONAL ANALYSES
FOR EVALUATING EARLY
TREATMENT STRATEGIES.

Malattie rare
Area B

Dipartimento
Medicina
Sperimentale,
Universita di Genova

839.159,00

420.000,00

120000

61

55

RF-OPG-2008-
1235606

A novel nutritional approach for
the treatment of X-linked
adrenoleukodystrophy (ALD)

Malattie rare
Area B

OSPEDALE
BAMBINO GESU'

571.600,00

400.000,00

57600

61

56

RF-SAR-2008-
1289798

Thrombocytopenic Trombotica
Purpura (TTP): New prognostic
markers and Sardinian people

evaluation.

Malattie rare
Area B

Sardegna

299.620,00

203.620,00

60,67

57

RF-null-2008-
1271519

MECHANISM OF ACTION AND
EFFICACY OF AN
ALTERNATIVE
IMMUNOTOLERANCE REGIMEN
BASED ON MODULATION OF
IMMUNE RESPONSES: A NEW
CHANCE FOR HAEMOPHILIA
PATIENTS WITH REFRACTORY
INHIBITORS ?

Malattie rare
Area B

Azienda Ospedaliero
Universitaria di
Parma - S.S. HUB
Emcofilia

544.950,00

135.950,00

300000

60,33

58

RF-null-2008-
1208067

Development and validation of a
new mass spectrometry method
for the screening of Smith-Lemli-
Opitz syndrome and
Sitosterolemia.

Malattie rare
Area B

Universita di Foggia

220.000,00

200.000,00

20000

59,33

59

RF-null-2008-
1231428

QUALITY OF DIET IN
PHENYLKETONURIA: THE
EFFECT ON METABOLIC RISK
FACTORS FOR
ATHEROGENESIS

Malattie rare
Area B

Universita degli
Studi di Milano

336.000,00

313.000,00

59,33

60

RF-null-2008-
1200216

MULTICENTRIC RANDOMIZED
TRIAL DEFERASIROX-
DEFERIPRONE SEQUENTIAL
THERAPY VERSUS
DEFERASIROX O
DEFERIPRONE

Malattie rare
Area B

Fondazione Franco
e Piera Cutino

882.300,00

765.000,00

50000

58,67

61

RF-null-2008-
1296280

Surgical correction of the
achondroplasic patients with limb
lengthening associated with
growth factors, with therapeutic
aims towards a personal
empowerment

Malattie rare
Area B

Universita degli
Studi di Milano

407.000,00

400.000,00

58,33
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BANDO MALATTIE RARE - AREA B

. o MINISTRY FINAL Ministry Confinancing Eval
Rank Code Title Area Institution BUDGET Total fund Requestfund fund Average
Combined enzyme enhancement Universita dedli
. gli
g2 | RF-null-2008- jtherapy (EET) and enzyme Malattie rare | o | i gi Napoli 286.000,00 | 212.000,00 30000 58
1235585 replacement therapy (ERT) in Area B ,
patients with Pompe disease Federico I
LONG TERM EVALUATION OF ; i :
. Universita degli
RF-null-2008- |THE RISK/BENEFIT RATIO OF Malattie rare .
63 1221403 IMATINIB IN CHRONIC Area B Studi 'dl Milano - 400.000,00 360.000,00 40000 57,33
MYELOID LEUKEMIA PATIENTS Bicocca
TLR polymorphisms and the risk
RF-UMB-2008- |of invasive aspergillosis: new Malattie rare .
64 1240631 challenges for diagnosis and Area B Umbria 800.000,00 700.000,00 0 56,67
management
Therapeutic use of pure Factor Il
RF-null-2008- |concentrate in a young patient Malattie rare | Seconda Universita
65 1214558 with a severe deficiency of Area B degli studi di Napoli 557.234,00 262.500,00 42000 56,33
prothrombin
Pilot study of safety, efficacy and
dose validation of Azacitidine at a
] i _ |dose of 75 mg/m2/day in children .
66 | RFISN299% |affected by advanced Ma/'f‘“'e 50| SANMATTEO 723.600,00 | 484.000,00 50000 55,67
myelodysplastic syndrome (MDS) rea
or juvenile myelomonocytic
leukemia (JMML).
Plasticity of facial emotional
: ) _ |recognition and behavior in .
67 | RF 1'52'\(’)'553208 patients with Moebius Syndrome | Malatiie rare | o Romagna 830.000,00 | 800.000,00 0 55
. . Area B
before and after surgical facial
reanimation.
OXIDATIVE STRESS AND FAT
PROFILE IN PAEDIATRIC RARE DIPARTIMENTO DI
RE-null-2008- NEUROLOGICAL DISORDERS: Malattie rare SCIENZE
68 1261929 CLINICAL AND BIOCHEMICAL A B FARMACEUTICHE 741.139,00 434.500,00 0 52,33
STUDY BEFORE AND AFTER A rea della Universita di
RATIONAL MODIFIED DIETARY Ferrara
REGIMEN
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BANDO MALATTIE RARE - AREA B

- e MINISTRY FINAL Ministry Confinancing Eval
Rank Code Title Area Institution Total fund
BUDGET Request fund fund Average
Clinical and biomolecular aspects Dipartimento
RF-null-2008-  |of the anti-oestrogenic therapy in | Malattie rare | dell'lEmergenza e
69 1289456 desmoid tumors. Multicenter Area B Trapianti d'Organo 892.200,00 447.200,00 0 50
national study Universita di Bari
TOWARD A BETTER SETTING
OF NON-INVASIVE
VENTILATION IN ALS: A
MULTICENTER RANDOMIZED . .
70 RF{ggg'fgg& CLINICAL TRIAL WITH Ma/'f‘tt'e e F°“daé'ﬁ’ﬂagere”a 618.675,20 | 398.675,20 220000 49,33
DYNAMIC IMAGE DISPLAY OF rea
VIBRATION RESPONSE
TECHNOLOGY VERSUS
STANDARD ASSESSMENT
RF-null-2008- |Genetic and biochemical markers | Malattie rare | Seconda Universita
4 1199334 for Huntington disease. Area B degli studi di Napoli 600.000,00 400.000,00 0 46
DEVELOPMENT OF . o .
72 RFgggg‘fgf& MAGISTRAL FORMULA FOR Ma/'f‘“'e g’"e Usr:"’;rz'.tiﬂ.ldeg“ 759.900,00 | 400.000,00 80000 45
ORAL PEMPHIGUS VULGARIS rea uai di viilano
ANTHROPOMETRIC
LONGITUDINAL EVALUATION
OF FACIAL GROWTH IN . o .
73 RF1-2;|1|-12‘?§8- SUBJECTS WITH Ma/'f‘“'e g’"e Usr:"’;rz'.tiﬂ.ldeg“ 214.477,00 | 89.342,00 0 39,67
HYPOHIDROTIC ECTODERMAL rea uai di viilano
DYSPLASIA: EFFECT OF ORAL
TREATMENTS
EPIDEMIOLOGY OF ACUTE
RF-OMM-2008- |RHEUMATIC FEVER. THERAPY | Malattie rare
74 1275995 AND PROGNOSIS OF CARDIAC Area B MAGGIORE 50.000,00 50.000,00 0 39,33
INVOLVEMENT.
REBUILDING THE HUMAN
75 RF-null-2008- |STRIATUM IN HUNTINGTON'S | Malattie rare Universita degli 0.00 000 0 5
1297989 DISEASE BY TRANSPLANTION Area B Studi di Firenze ’ ’
OF NEURAL PRECURSORS
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