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TOP RARE DISEASE PRODUCT AREAS, 2012
Most concentrated orphan drug categories, by their number of FDA-approved products†, plus products’ sales (global) and media spend (US)

							       US DTC 		  US journal	
			   US sales $	 Vs. prior	 TRx	 Vs. prior	 media $ 	 Vs. prior	 media $ 	  Vs. prior
Rank	 Product	 Manufacturer	 (millions)*	 12 mos.	 (millions)*	 12 mos.	 (000s)**	 12 mos.	 (000s)**		  12 mos.

Hemophilia										        
1	 Refacto	 Pfizer	 $5,440.0	 -42.8%	 87.4	 -10.5%	 $0.0	 N/A	 $0.0	 N/A
2	 Kogenate	 Bayer HealthCare	 $4,742.5	 -40.8%	 15.0	 -44.7%	 $20.5	 -100.0%	 $0.0	 N/A
3	 Humate-P	 CSL Behring 	 $3,757.5	 -60.2%	 14.3	 -66.1%	 $96,832.0	 -59.0%	 $346.5	 -83.0%
4	 AlphaNine	 Grifols Biologicals	 $3,214.9	 13.8%	 65.4	 7.3%	 $0.0	 N/A	 $0.0	 N/A
5	 Novoseven	 Novo Nordisk	 $2,943.1	 58.1%	 32.5	 19.6%	 $0.0	 N/A	 $0.0	 N/A
6	 Desmopressin acetate	 Generic	 $2,518.3	 9.8%	 13.6	 -10.2%	 $3,595.2	 -6.0%	 $0.0	 N/A
7	 Mononine	 CSL Behring 								      
8	 BeneFix	 Pfizer	 $2,099.9	 -20.3%	 95.3	 1.8%	 $0.0	 N/A	 $0.0	 N/A
Chronic myelogenous leukemia
1	 Bosulif	 Pfizer
2	G leevec	 Novartis
3	 Roferon A	 Roche
4	 Synribo	 IVAX
5	 Sprycel	 Bristol-Myers Squibb
6	 Tasigna	 Novartis
Chronic lymphocytic leukemia
1	 Rituxan	 Genentech/Roche
2	 Fludara	 Genzyme
3	 Fludarabine phosphate 	 Generic
4	 Campath	 Genzyme
5	 Arzerra	 GlaxoSmithKline
6	 Treanda	 Cephalon/Teva
Pulmonary arterial hypertension
1	 Tracleer	 Actelion	 $1,634.4	 0.0%	 6.5	 -17.5%	 $0.0	 N/A	 $0.0	 N/A
2	L etairis	 Gilead	 $1,463.2	 -23.5%	 0.1	 -67.5%	 $0.0	 N/A	 $0.0	 N/A
3	 Ventavis	 Actelion	 $1,394.1	 -7.0%	 5.4	 -18.5%	 $165.9	 -100.0%	 $1,794.1	 52.0%
4	 Adcirca	 Eli Lilly	 $1,287.5	 7.3%	 5.3	 -6.0%	 $25,210.6	 -31.0%	 $929.5	 334.0%
5	 Remodulin	 United Therapeutics	 $1,210.2	 -13.2%	 4.9	 -27.9%	 $0.0	 -100.0%	 $0.0	 N/A
6	 Tyvaso	 United Therapeutics	 $1,184.1	 -7.3%	 9.6	 -6.3%	 $0.0	 N/A	 $0.0	 N/A
Lennox-Gastaut syndrome
1	 Felbatol	 Meda Pharma	 $1,168.6	 -18.1%	 14.4	 -4.8%	 $0.0	 N/A	 $0.0	 N/A
2	L amictal	 GlaxoSmithKline	 $1,108.1	 12.0%	 25.7	 49.2%	 $0.0	 N/A	 $0.0	 -100.0%
3	 Topamax	 Johnson & Johnson	 $967.4	 103.5%	 2.9	 77.1%	 $107,420.8	 43.0%	 $4,235.0	 -28.0%
4	 Onfi	 Lundbeck	 $907.8	 6.1%	 5.4	 -12.0%	 $0.0	 N/A	 $0.0	 N/A
5	 Banzel	 Eisai	 $887.4	 -16.7%	 30.0	 0.8%	 $0.0	 N/A	 $0.0	 N/A
Multiple sclerosis
1	 Ampyra	 Accorda Therapeutics	 $773.4	 3.6%	 4.5	 -13.8%	 $0.0	 N/A	 $0.0	 N/A
2	 Avonex	 Biogen Idec	 $668.5	 3.0%	 3.1	 -16.2%	 †	 N/A	 $0.0	 N/A
3	 Betaseron	 Bayer HealthCare	 $616.3	 31.3%	 7.7	 25.3%	 $0.0	 N/A	 $0.0	 N/A
4	 Copaxone	 Teva	 $610.4	 11.1%	 1.4	 -8.8%	 $0.0	 N/A	 $0.0	 N/A
Angioedema/HAE
1	 Berinert P	 CSL Behring 	 $595.1	 42.0%	 6.3	 19.5%	 $0.0	 N/A	 $4,492.2	 -24.0%
2	 Cinryze	 ViroPharma	 $573.3	 12.0%	 N/A	 N/A	 $0.0	 N/A	 $0.0	 N/A
3	 Firazyr	 Shire	 $560.4	 13.4%	 1.9	 2.0%	 $48.9	 N/A	 $1,119.5	 -7.0%
4	 Kalbitor	 Dyax	 $539.1	 -18.4%	 12.6	 35.0%	 $0.0	 N/A	 $0.0	 N/A
Cystic fibrosis
1	 Cayston	 Gilead	 $445.2	 11.3%	 2.3	 -7.8%	 $0.0	 -100.0%	 $0.0	 N/A
2	 Kalydeco	 Vertex	 $445.2	 1.5%	 1.8	 -20.1%	 $0.1	 -96.0%	 $0.0	 N/A
3	 Tobi	 Novartis	 $433.8	 -12.8%	 25.9	 -3.0%	 $0.0	 N/A	 $67.2	 N/A
4	 Pulmozyme	 Genentech/Roche	 $411.4	 67.9%	 1.5	 50.4%	 $0.0	 N/A	 $2,036.4	 -57.0%
Mucopolysaccaridosis
1	 Aldurazyme	 BioMarin/Genzyme	 $388.8	 3.0%	 4.5	 1.0%	 $0.0	 N/A	 $0.0	 N/A
2	 Elaprase	 Shire	 $380.2	 -7.7%	 0.1	 -2.5%	 $0.0	 N/A	 $209.7	 N/A
3	 Naglazyme	 BioMarin	 $379.0	 -18.1%	 34.2	 -6.0%	 $0.0	 N/A	 $0.0	 N/A
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TOP 50 RARE DISEASE PRODUCTS
Category leaders, ranked by 2012 global sales, and their US media spend
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Rank	 Product	 Manufacturer	 (millions)	 12 mos.	 (000s)*	 12 mos.	 (000s)*	 12 mos.

1	 Rituxan	 Roche	 $7,155.3	 5.4%	 $414.3	 -12.2%	 $0.0	 N/A
2	G leevec	 Novartis	 $4,675.0	 0.3%	 $0.0	 N/A	 $0.0	 -100.0%
3	 Neulasta	 Amgen	 $4,092.0	 3.5%	 $802.3	 >100.0%	 $586.2	 14.8%
4	 Copaxone	 Teva	 $3,996.0	 34.4%	 $0.0	 N/A	 $0.0	 N/A
5	 Revlimid	 Celgene	 $3,766.6	 17.4%	 $0.0	 N/A	 $1,001.7	 N/A
6	 Avonex	 Biogen Idec	 $2,913.1	 8.4%	 $369.7	 >100.0%	 $900.0	 2.9%
7	 Alimta	 Eli Lilly	 $2,594.3	 5.4%	 $6.1	 -4.0%	 $698.5	 >100.0%
8	 Rebif	 Merck KGaA	 $2,433.4	 3.4%	 $3.2	 84.0%	 $0.0	 -100.0%
9	 Advate	 Baxter International	 $2,074.5	 5.8%	 $0.0	 N/A	 $193.5	 9.8%
10	 Tracleer	 Actelion	 $1,600.5	 -7.0%	 $0.0	 N/A	 $0.0	 -100.0%
11	 Betaseron	 Bayer	 $1,563.5	 0.6%	 $0.0	 N/A	 $0.0	 -100.0%
12	 NovoSeven	 Novo Nordisk	 $1,543.0	 -1.0%	 $0.0	 N/A	 $187.2	 23.8%
13	 Kogenate	 Bayer	 $1,519.8	 1.6%	 $0.0	 N/A	 $0.0	 N/A
14	 Sandostatin LAR	 Novartis	 $1,512.0	 4.8%	 $2.5	 >100.0%	 $63.9	 -28.0%
15	 Velcade	 Johnson & Johnson	 $1,500.0	 17.7%	 $0.0	 N/A	 $454.6	 -71.5%
16	 Zometa	 Novartis	 $1,288.0	 -13.4%	 $13.9	 -53.0%	 $467.8	 -52.2%
17	 Neupogen	 Amgen	 $1,260.0	 0.0%	 $0.0	 N/A	 $0.0	 N/A
18	 Sutent	 Pfizer	 $1,236.0	 4.1%	 $0.8	 -74.0%	 $181.1	 -39.4%
19	 Soliris	 Alexion	 $1,134.1	 44.8%	 $0.0	 N/A	 $413.9	 84.6%
20	 Sprycel	 Bristol-Myers Squibb	 $1,019.0	 26.9%	 $5.5	 -69.0%	 $379.8	 -39.3%
21	 Nexavar	 Bayer	 $1,018.3	 0.9%	 $0.2	 -68.0%	 $0.0	 N/A
22	 Tasigna	 Novartis	 $998.0	 39.4%	 $0.0	 -100.0%	 $35.0	 -97.3%
23	 Norditropin SimpleXx	 Novo Nordisk	 $984.2	 4.4%	 $64.5	 >100.0%	 $0.0	 N/A
24	 Sensipar	 Amgen	 $950.0	 17.6%	 $0.0	 N/A	 $0.0	 -100.0%
25	L idoderm	 Endo Health	 $947.7	 14.8%	 $32.4	 -81.0%	 $0.0	 -100.0%
26	 Temodar	 Merck & Co	 $917.0	 -1.9%	 $0.0	 N/A	 $0.0	 -100.0%
27	 Velcade	 Takeda	 $881.9	 19.8%	 $0.0	 N/A	 $0.0	 N/A
28	 Exjade	 Novartis	 $870.0	 2.4%	 $0.0	 N/A	 $0.0	 N/A
29	G enotropin	 Pfizer	 $832.0	 -6.4%	 $0.0	 N/A	 $0.0	 N/A
30	 Vidaza	 Celgene	 $823.2	 16.7%	 $0.0	 N/A	 $0.0	 N/A
31	 Cerezyme	 Sanofi	 $813.9	 32.6%	 $0.0	 N/A	 $0.0	 N/A
32	 Afinitor	 Novartis	 $797.0	 79.9%	 $2.2	 -66.0%	 $2,496.2	 >100.0%
33	 BeneFIX	 Pfizer	 $775.0	 11.8%	 $0.0	 N/A	 $61.0	 -33.9%
34	Y ervoy	 Bristol-Myers Squibb	 $706.0	 96.1%	 $1.7	 >100.0%	 $133.9	 -86.9%
35	 Valcyte	 Roche	 $680.6	 5.8%	 $0.0	 N/A	 $0.0	 N/A
36	 Suboxone	 Reckitt Benckiser	 $646.1	 -21.5%	 $1,227.9	 >100.0%	 $176.6	 N/A
37	 Treanda	 Teva	 $608.0	 >100.0%	 $0.6	 >100.0%	 $914.7	 -33.9%
38	 Humate P	 CSL	 $605.2	 2.2%	 $0.0	 N/A	 $0.0	 N/A
39	 Myozyme	 Sanofi	 $594.0	 38.6%	 $0.0	 N/A	 $0.0	 N/A
40	 ReFacto AF/Xyntha	 Pfizer	 $584.0	 15.4%	 $0.0	 -100.0%	 $0.0	 N/A
41	 FEIBA VH	 Baxter International	 $575.3	 2.9%	 $0.0	 N/A	 $0.0	 -100.0%
42	 Pulmozyme	 Roche	 $572.9	 3.0%	 $0.0	 N/A	 $0.0	 N/A
43	 Revatio	 Pfizer	 $534.0	 -0.2%	 $0.0	 N/A	 $0.0	 N/A
44	 Elaprase	 Shire	 $497.6	 7.0%	 $0.0	 N/A	 $0.0	 N/A
45	 Replagal	 Shire	 $497.5	 4.7%	 $0.0	 N/A	 $0.0	 N/A
46	 Helixate	 CSL	 $485.2	 -3.4%	 $0.0	 -100.0%	 $0.0	 N/A
47	 Remodulin	 United Therapeutics	 $458.0	 6.5%	 $0.0	 N/A	 $0.0	 N/A
48	 Epadel	 Mochida	 $450.0	 -6.8%	 $0.0	 N/A	 $0.0	 N/A
49	 Teysuno	 Otsuka Holdings	 $447.6	 -3.2%	 $0.0	 N/A	 $0.0	 N/A
50	 Prolastin-C A1P1	 Grifols	 $426.8	 71.0%	 $0.0	 N/A	 $98.8	 N/A

Sales, EvaluatePharma; DTC media spend, Nielsen; journals, Kantar Media.    * US media spend for 2012 (DTC) and for the 12 mos. ending Nov. 30 (journals) 
Note: Top 50 list excludes generics


